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Purdue Pharma: From Blockbuster 
Success To Villain 
JESSICA MERRILL jessica.merrill@informa.com

T he opioid crisis is going to leave a 
big mark on the industry, and the 
reality of just how severe the back-

lash will be is coming into focus. Purdue 
Pharma LP filed for bankruptcy on 16 
September, closing one chapter in a serial-
sized saga that is far from concluding. 

Purdue Pharma, the maker of Oxy-
Contin (oxycodone) and other opioids, is 
probably the name most associated with 
the nefarious marketing and selling of 
opioids, but lots of other drug makers are 
also tied up in ongoing liability litigation 
– from Johnson & Johnson to Teva Phar-
maceutical Industries Ltd., Mallinckrodt 
PLC and Endo International PLC. Although 
some companies have settled out of the 
upcoming bellwether trial, they remain 

defendants in other cases. Uncertainty 
around opioid liability litigation is weigh-
ing on many industry players, including 
some that are already in precarious finan-
cial situations. (Also see “Opioid Exposure 
Risk Intensifying For Generic Drug Makers 
“ - Scrip, 8 Aug, 2019.)

Purdue’s bankruptcy filing follows a 
bankruptcy filing by Insys Therapeutics 
Inc. in June, after reaching a settlement 
agreement with the US government re-
lated to illegal marketing of Subsys (fen-
tanyl sublingual spray).  A big question 
now is if more bankruptcies will follow.  
(Also see “Insys Must Divest Subsys, Bu-
prenorphine Candidate Products As Part 
Of Corporate Integrity Agreement” - Pink 
Sheet, 6 Jun, 2019.)

The news has other far-reaching reper-
cussions for the drug industry, given that 
a steady stream of negative opioid stories 
are working their way through the Ameri-
can public like a festering wound, even 
as industry leaders say they are working 
to rebuild trust with society and correct 
past missteps that have hurt the industry’s 
reputation.

Purdue’s Chapter 11 filing isn’t exactly 
a salve in that regard either, because 
bankruptcy raises questions about how 
much the company, and the billionaire 
Sackler family behind it, will ultimately 
pay out.  Some view the bankruptcy as a 
way for Purdue and its investors to close 
the door on far-reaching and persistently 
swelling litigation with the filing. 

The expectation that Purdue would 
file for bankruptcy had been building for 
some time, especially recently after plain-
tiffs in ongoing multidistrict litigation con-
firmed they had accepted a settlement of-
fer from Purdue.

THE KING OF PAIN’S REIGN ENDS
If the bankruptcy is approved, it will mark 
the end of a mid-sized specialty drug com-
pany that has a long history in the phar-
maceutical industry. The Purdue name 
was not always received by its peers with 
a sigh of resignation. While the privately-
held company always kept its financials 
close to its chest, Purdue ruled the pain 
specialty and has been a long member of 
the Pharmaceutical Researchers & Manu-
facturers of America (PhRMA). 

The company got through an early in-
vestigation into its OxyContin marketing 
practices in 2007 by the US Department 
of Justice by agreeing to pay $700.6m, 
accepting responsibility and entering 
into a five-year corporate integrity agree-
ment. Three executives, including the 
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As the pharma industry struggles to hoist its reputa-
tion from the depths of the opioid crisis, the contro-
versy over Purdue Pharma’s bankruptcy filing is just 
one episode in a long and sordid story. The drug pric-
ing debate isn’t helping pharma’s public image, either. 
And even if gene therapies for rare and serious diseases 
deserve special recognition for their radical curative 
ability, their one-time price tags make for awfully un-
flattering headlines in the media. While gene therapy 
is a far cry from opioid drugs and aging specialty med-
icines on steeply upward price trajectories, the Zol-
gensma data fakery, even if ultimately inconsequential 
to the safety and efficacy of the marketed treatment, 
has helped pull the shroud of disrepute further over 
the industry.

This is unfortunate because companies are collabo-
rating diligently with healthcare systems and payers to 
make the economics of gene therapy work so that its 
benefits can be delivered to the patients who need it. 
This week’s issue shines a light on the nuance of those 
gene therapy pricing stories. On p6 there are details of a 
new scheme to help US payers spread the pain of cover-
ing the costly but rarely used treatments. On p7 Cov-
ance’s Paul Goudreau draws on a survey of European 
pricing decision makers to reflect on the evolving situ-
ation. And on p8-9 we report on UK pricing and reim-
bursement decisions for Novartis’s Luxturna to cure a 
rare form of blindness and BioMarin’s Brineura, which 
is not a gene therapy but which is nonetheless a com-
plex treatment for a serious and ultra-rare disease.
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Asia Deal Watch: Astellas Looks To Vector 
Cell Tech From Japan’s RiKen In Oncology

Astellas Pharma Inc. has entered into a worldwide li-
censing agreement for the research, development and 
commercialization in oncology settings of cell therapy 
formulations using artificial adjuvant vector cell (aAVC) 
technology developed by RiKen Institute, Japan’s largest 
national research institute.

The deal, announced 2 September, gives Astellas rights 
to the technology targeting selected cancer antigens, 
while RiKen retains rights for the use of aAVCs in the R&D 
and commercialization of cell therapy formulations for an-
tigens not covered by the agreement, and for non-profit 
academic research.

Astellas will pay JPY1bn ($9.3m) up front to RiKen and 
may make additional undisclosed payments depending on 
the achievement of development and commercialization 
milestones, as well as royalties on any future product sales.

Both sides have been conducting collaborative research 
for cell therapy formulations using the aAVC technology, 
a novel type of cell therapy formulation with a different 
mechanism of action to previous immunotherapy agents. 
Astellas is already proceeding with several programs in-
cluding ASP7517, an aAVC formulation loaded with WT1, 
an antigen highly expressed in patients with acute my-
eloid leukemia and other cancers. This is currently in Phase 
I/II for AML and myelodysplastic syndrome.

Published online 10 September 2019
To read the rest of this story go to: https://bit.ly/2lXBd4w
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CEO at the time, Michael Friedman, pled 
guilty to a misdemeanor charge to mis-
branding OxyContin. 

That was certainly an early sign trouble 
was brewing, but Purdue regained its foot-
ing. In 2010, Purdue generated $2.2bn in 
opioid-related sales, according to the com-
pany’s bankruptcy filing. In 2012, an inde-
pendent research group Frost & Sullivan 
said sales of OxyContin were $2.77bn. The 
company reestablished some of its cred-
ibility when it successively developed an 
abuse-deterrent version of OxyContin and 
got it approved by the US FDA in 2013. 

It was considered a success to secure 
abuse-deterrent claims in labeling from 
the FDA, even as many rivals, including 
Pfizer Inc., Endo and Mallinckrodt tried 
to follow suit with abuse-deterrent prod-
ucts. The FDA ultimately struggled with 
balancing the benefits of abuse-deter-
rent advances against the addiction risks 
posed by the products. 

In 2014, Purdue recruited a longtime 
Merck & Co. Inc. executive Mark Timney 
as CEO and a new head of R&D Alan Dun-
ton and brought in several other outside 
recruits. Timney’s strategy was to expand 
the company’s therapeutic area of focus 
beyond opioids and move away from the 
risky business area. The company scaled 
back R&D to focus on business develop-
ment and completed a series of small deals. 

It felt as though a new era for Purdue 
could be unfolding. But the liability pres-
sure on Purdue started to mount, begin-
ning in 2014, including cases in California 
and Chicago that year and another in 
Kentucky in 2015. Over the next several 
years, Purdue cut its workforce over sev-
eral rounds, including all of its opioid sales 
representatives as it sought to assure the 
public that it had stopped marketing opi-
oids. The company, in its bankruptcy filing, 
said it employs 700 people currently, but 
the company cut its workforce by 67% 
since 2017. 

In 2018, Purdue said it generated $975m 
in opioid-related sales and forecasts mate-
rial declines through 2023. The company 
is trying to make its case for bankruptcy, 
with declining sales of its key brand 
weighing against growing litigation. 

In its bankruptcy filing, Purdue said the 
company and related debtors have been 
named in more than 2,600 lawsuits filed in 
the US. The consolidated multidistrict liti-
gation (MDL) moving forward in Ohio has 
grown to include 2,200 of the pending ac-
tions. The trial has been expected to begin 
on 21 October. 

Through bankruptcy proceedings, 
Purdue says it would settle litigation 
with a “critical mass” of plaintiffs who 
have agreed to the settlement, includ-
ing 24 state attorneys general and offi-
cials from five US territories. The settle-

ment has the backing of the plaintiffs’ 
executive committee and co-lead coun-
sel in the Ohio MDL as well.  (Also see 
“Will Purdue Bankruptcy Filing Resolve 
‘Unrelenting Chaos’ Of Opioid Litiga-
tion?” - Pink Sheet, 16 Sep, 2019.)

Purdue estimates the settlement struc-
ture would provide more than $10bn of 
value to address the opioid crisis. 

The settlement would result in Purdue’s 
existing shareholders relinquishing all of 
their interest in the company and related 
companies and transfer all of the assets to 
a trust or similar structure for the benefit 
of claimants and the US public. Purdue’s 
existing shareholders would sell their ex 
US pharmaceutical companies and the 
Sackler family further agreed to contrib-
ute an additional $3bn over seven years. 

The deal would put an end to costly on-
going litigation, the company points out. 
Purdue has spent $63m in legal expenses 
in the first half of the year and expects to 
spend $121m through the end of the year, 
all on pending actions. 

But more than half of state attorneys 
general oppose the settlement and it 
is uncertain whether they will get a su-
per majority of creditors to okay their 
plan. The story will continue, and so too 
for several other opioid manufacturers. 
The full drag on the industry remains far 
from clear.  

Published online 16 September 2019

Purdue Nears Settlement Of Opioid Multidistrict 
Litigation, But State AGs Vow To Press On
BRENDA SANDBURG brenda.sandburg@informa.com

Purdue Pharma LP’s proposal to resolve the more than 2,000 
suits in opioid multidistrict litigation (MDL) has been ac-
cepted by the leading plaintiffs’ attorneys in the opioid-

related cases, making it the first company to move toward a 
global resolution of suits alleging manufacturers and distributors 
fueled the opioid epidemic. However, the company will remain 
embroiled in litigation by numerous state attorneys general who 
have rejected its settlement offer.

Purdue, and the Sackler family who owns the company, de-
clined to confirm the details of the proposed settlement but 
Purdue noted that it was seeking to provide “billions of dollars” 
and opioid rescue medicines to communities across the coun-
try. According to media reports, the Sackler family has agreed to 
pay $3bn in cash plus $1.5bn from the sale of its Mundipharma 

business. Purdue is also expected to file for bankruptcy. “Today, 
the federal opioid MDL Negotiating Committee and lead counsel 
agreed to recommend the MDL claimants – the more than 2,000 
American communities we represent – move forward in support 
of the current Purdue Pharma settlement proposal that will bring 
desperately needed recovery resources into local communities 
that, for years, have been forced to shoulder the consequences, 
tragedies, and financial burden of the opioid epidemic,” the co-
lead attorneys of the plaintiffs’ executive committee said in an 11 
September statement.

“In the days to come, if the proposal meets satisfactory docu-
mentation of the final terms, we look forward to sharing more de-
tails about the resolution’s structure and how it will provide direct 
support at the local level,” they said. The attorneys are Paul Hanly 

CONTINUED FROM PAGE 1
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Jr., of Simmons Hanly Conroy; Paul Farrell Jr., of Greene, Ketchum, 
Farrell, Bailey & Tweel; and Joe Rice, of Motley Rice.

Purdue said it is continuing to working with all plaintiffs on 
“reaching a comprehensive resolution to its opioid litigation that 
will deliver billions of dollars and vital overdose rescue medicines 
to communities across the country impacted by the opioid crisis.”

The Sackler family also noted its desire to resolve the litigation. 
“The family supports working toward a global resolution that directs 
resources to the patients, families and communities across the coun-
try who are suffering and need assistance. This is the most effective 
way to address the urgency of the current public health crisis, and to 
fund real solutions, not endless litigation,” members of the Mortimer 
D. Sackler and Raymond Sackler families said in a statement. 

While Purdue has reached other settlements, this would be 
the biggest and be the culmination of a two-decade legal battle 
that has tattered its reputation. The company had sought to put 
the controversy behind it when it reached a $700.6m settlement 
with the US Department of Justice in 2007, pleading guilty to mis-
branding and resolving claims it promoted OxyContin as being 
less addictive than other pain medications, but in recent years 
lawsuits have piled up. 

MORE THAN HALF OF STATES OPPOSE  
PURDUE’S PROPOSAL
The plaintiffs in the MDL include counties, cities and Native 
American tribes. Numerous states have filed separate suits 
against Purdue, and more recently against the Sackler family. 
Someone with knowledge of the settlement discussions said 
that more than half of the states are opposed to the deal. The 
individual said that the figures being reported in the media that 
the deal could total $10-12bn are “absolute lies” and that the 
company has not provided documents on the value of the sale 
of Mundipharma and Purdue’s drugs.

Ohio Attorney General Dave Yost is among those supporting 
Purdue’s proposal. “The proposed settlement with Purdue pro-
vides the greatest certainty for all Ohioans to receive relief as 
quickly as possible in light of rumored bankruptcy,” a spokesper-
son in his office said.

Connecticut Attorney General William Tong and New York At-
torney General Letitia James are among those who have not 
agreed to the settlement.

“I cannot predict whether Purdue will seek bankruptcy, but all I 
can say is we are ready to aggressively pursue this case wherever 
it goes – whether it is in the Connecticut courts or through bank-
ruptcy,”  Tong said in a statement.

James also said her office would press forward to seek justice for 
the victims of the opioid epidemic. “While our country continues 
to recover from the carnage left by the Sacklers’ greed, this family 
is now attempting to evade responsibility and lowball the millions 

of victims of the opioid crisis. A deal that doesn’t account for the 
depth of pain and destruction caused by Purdue and the Sacklers 
is an insult, plain and simple,” she said in a statement.

TWO OPIOID MAKERS LEFT TO GO TO TRIAL
Three opioid makers have reached agreements in principle to 
settle with the two county plaintiffs in the bellwether trial in the 
MDL, but they remain defendants in other suits. Endo Internation-
al PLC agreed to pay $10m plus $1m worth of Vaostrict (vasopres-
sin injection) and Adrenalin (epinephrine injection) and Allergan 
PLC agreed to pay $5m. And on 6 September, Mallinckrodt PLC an-
nounced it had reached a settlement in principle with the coun-
ties to pay $24m in cash and donate $6m in generic products.

If the proposed settlements are finalized, only two opioid mak-
ers, Teva Pharmaceutical Industries Ltd. and Johnson & Johnson, 
would remain in the bellwether trial, which is scheduled to begin 
21 October in the US District Court for the Northern District of 
Ohio. Insys Therapeutics Inc. was also a defendant but was severed 
from the litigation after it filed for Chapter 11 bankruptcy in June. 

Several distributors, including AmerisourceBergen Corp., 
McKesson Corp. and Cardinal Health Inc. are defendants in the liti-
gation. Pharmacies are also named as defendants in the MDL, but 
with the exception of Walgreen Co. they have been severed from 
the bellwether trial to make it more manageable.

Purdue’s proposed settlement is likely to encourage other de-
fendants in the MDL to reach their own deals and avoid the in-
tense scrutiny and uncertain outcome of a jury trial 

There has been one opioid trial to date, but that involved only 
one defendant, J&J, and one claim, that of causing a public nui-
sance, i.e. the opioid epidemic, and was a bench trial. In that case, 
brought by the state of Oklahoma, a judge ordered J&J to pay 
$572m for a one-year abatement plan.

Purdue reached a settlement with Oklahoma before the case 
went to trial, agreeing to pay $270m. Oklahoma AG Mike Hunter 
said in May that since Purdue was considering bankruptcy, the 
state’s option had been to obtain a settlement or receive nothing 
from Purdue. 

The judge overseeing the MDL, Dan Polster, has issued a series 
of orders on summary judgment motions in the past two weeks. 
He denied requests for summary judgment that state law claims 
are preempted because they conflict with decisions by the US 
Food and Drug Administration regarding approval of labeling 
for prescription opiates. He also ruled that Racketeer Influenced 
and Corrupt Organization (RICO) Act claims are not precluded 
and rejected arguments by generic manufacturers that there is no 
evidence they engaged in false marketing or promotion of their 
generics. And he denied manufacturer defendants’ motions for 
summary judgment on public nuisance claims.  

Published online 11 September 2019
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Cigna/Express Scripts Gene Therapy Solution Involves 
Plans ‘Pre-Paying’ For Coverage 
CATHY KELLY catherine.kelly@informa.com

T he Cigna Corp. Health Services 
business will launch a solution in 
2020 for covering high cost gene 

therapies in which payers enroll and 
make monthly per member payments 
into a newly dedicated program that 
would cover the cost of gene therapy in 
the future if they have a member who 
needs treatment.

The program will be administered 
primarily by Cigna’s eviCore specialty 
medical management business, which 
is part of Express Scripts Holding Co.. 
EviCore will contract with employers, 
insurers, HMOs and health plans to be 
their exclusive, in-network provider for 
the gene therapy drugs that are part of 
the program.  

The amount of the per-member, per-
month payment has not been finalized 
but Cigna is aiming to keep it under $1, a 
spokesperson said. The amount collected 
through the program is expected to cover 
the cost of treatment so that participat-
ing plans would bear no further cost and 
patients would not be responsible for any 
cost sharing.

“Through this solution, consumers will 
have no out-of-pocket payment related 
to the cost of the medication, and the or-
ganizations that provide health coverage 
will be protected from the price shock of 
these high-priced medicines,” according 
to a Cigna release. The program would not 
cover the cost of administering the treat-
ment, including hospitalization. 

Called Embarc Benefit Protection, the 
program will be available to Cigna and 
Express Scripts commercial customers as 
well as health plans, employers, insurers 
and health maintenance organizations 
that do not work with Cigna or its phar-
macy benefit manager. 

Plans of any size will benefit from the 
program but smaller ones have a greater 
risk when it comes to paying for treat-
ments unexpectedly, the spokesperson 
noted. There is no minimum enrollment 
period before plans can tap the program 
for gene therapy coverage.

Cigna does not disclose the number of 
participants it is hoping for but the com-
pany “wants it to be available to as many 
payers as possible because the more who 
participate, the more people who could 
benefit from it,” the spokesperson said. 

The company expects there will be in-
terest in participating. “We are hearing 
from payers that there is a need. They are 
concerned about how to pay for these 
drugs if they are hit with that lightning 
strike, if you will,” the spokesperson said. 

LUXTURNA, ZOLGENSMA FIRST 
TREATMENTS TO BE COVERED
Spark Therapeutics Inc.’s Luxturna (vorti-
gene neparvovec-rzyl) and Novartis AG/
AveXis Inc.’s Zolgensma (onasemnogene 

abparvovec-xioi) will be the first two 
drugs to be covered by the program, 
Cigna said. Other gene therapies are ex-
pected to be added when they reach the 
market. The per member per month fee 
could increase based on the addition of 
new therapies to the program, accord-
ing to the firm.  

Cigna has not yet completed price ne-
gotiations for Luxturna and Zolgensma 
as part of the program. However, the 
company’s goal is to eventually have a 
value-based component included, which 
could help keep the per-member, per-
month fee down.

Spark confirmed that discussions are 
underway with Cigna, and that the com-
pany “firmly believes innovative scientific 
breakthroughs like Luxturna … require 
equally innovative payment models to en-
sure patient access.”

INSTALLMENT MODEL STILL 
UNDER DEVELOPMENT
Separate from the Embarc program, Ex-
press Scripts continues to develop the 
often-discussed annuity model for gene 
therapies, in which payments would be 
made over time.

The company has been working with 
Spark on such a model for Luxturna.  In 
addition, Express Scripts’ Accredo special-
ty pharmacy division has partnered with 
Avexis to offer payers a pay-over-time op-
tion to payers for Zolgensma. 

None has signed on as yet, an Avexis 
spokesperson said in an email. However, 
“We have had numerous payers inquire 
about this option and nearly every com-
mercial and Medicaid contract currently 
in place includes pay-over-time as an op-
tion,” the spokesperson added.  

Avexis is also offering payers outcomes-
based agreements up to five years. “We 
have and are building in the outcomes-
based agreements into nearly all of our 
commercial and Medicaid contracts,” ac-
cording to the firm.  

Published online 10 September 2019
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How To Pay For The New Wave Of Gene Therapies 
FRANCESCA BRUCE francesca.bruce@informa.com

As more gene therapies outside the oncology and rare 
disease space come to the market, strategies for pay-
ing for these expensive treatments are set to evolve. 

“An ongoing and wide-ranging discussion is needed about 
the assessment, payment and reimbursement of innovative 
products, as well as the evidence that supports them,” said Paul 
Goudreau, executive director & head of Phase IV Solutions at 
the CRO Covance.

Several expensive gene therapies, for example Novartis’s Kym-
riah and Gilead’s Yescarta, have already come to market. So far 
they are largely indicated for treating rare diseases and different 
types of cancer. 

However, the gene therapy space is opening up to indications 
outside these disease areas, according to Goudreau. A search of 
clinicaltrials.gov in February showed that there were 140 industry 
sponsored trials that were either active or recruiting, he said. 34 of 
those studies were in non-rare disease/non-oncology indications, 
including diabetic neuropathy, hemophilia A, hemophilia B, Par-
kinson’s disease and HIV.

These treatments are likely to come with lower prices than rare 
disease or oncology gene therapies because of the larger patient 
populations and wider usage, Goudreau said in an interview. 
However, he added that prices are still likely to be relatively high 
compared with other new medicines because of the greater de-
velopment costs associated with gene therapies. 

“We do, however, expect the emergence of new models of 
payment and assessment to deal with these types of treatments, 
particularly as their numbers increase and the potential for use 
becomes more widespread,” said Goudreau. 

PROBLEMS WITH CURRENT MECHANISMS
A survey by Covance shows that existing pricing and reimburse-
ment mechanisms are lacking when it comes to evaluating 
gene therapies.

That survey gathered the views of stakeholders in Germany, 
Sweden and the UK who are or who have been responsible for 
making pricing decisions on a national, regional and local level. 
The countries were selected to represent a variety of perspectives 
on reimbursement. For example, in Germany, assessments focus 
on clinical benefit, not cost-effectiveness, while in the UK, cost-
effectiveness is the main focus. In Sweden assessments focus on 
cost-effectiveness from a societal perspective.

Some 68% of respondents said that existing national pricing 
and reimbursement mechanisms were inadequate for evaluating 
potentially curative gene therapies. 32% believed current systems 
were adequate, and the rest were undecided.

They cited limitations with their systems, including time con-
suming processes and the challenges of managing uncertainty 
around the long-term effects of therapies. Respondents also re-
ported concern that decisions taken at a national level could be 
hard to implement on a local level, for example because of local 
budget constraints. The biggest obstacle to health systems pur-

chasing gene therapies was reported to be the actual budget im-
pact. “From a health economics point of view, we are likely to see 
treatments that are considered to be cost-effective, ie, offer value 
for money, but cannot be covered under current budgets, ie, are 
not affordable,” Goudreau said.

POSSIBLE NEW MODELS
Stakeholders are, however, considering how to move forward in 
terms of paying for these expensive new therapies. According 
to the survey, the most commonly cited payment mechanisms 
under consideration were outcomes-based deals, cost-sharing 
agreements and indication-based pricing. 

Already there has been some movement in finding new 
ways to pay for gene therapies. Goudreau pointed to “first of 
a kind” payment programs in the US for Spark Therapeutics’ 
Luxturna (voretigene neparvovec-rzyl) for treating patients 
with confirmed biallelic RPE65 mutation-associated retinal 
dystrophy. Announced in 2018, these programs involve out-
comes-based rebates. 

As yet it is unclear which models will prove most popular, Gou-
dreau said. “But it is encouraging that there are several options be-
ing considered, scrutinized and evaluated. Some or all of them are 
likely to evolve, improve and eventually become easier to imple-
ment and prove successful over time.”

He also highlighted some of the challenges that may arise when 
implementing these models, for example a lack of infrastructure 
and legal restrictions relating to tracking how drugs are used. 

Italy, which is at the forefront in outcomes-based deals and 
indication-based pricing, is facing problems, Goudreau noted. 
“Despite having an established system, there still appears to be 
insufficient evidence to assess whether such agreements have 
positively impacted healthcare spending in Italy.”

He also warned that making product-specific arrangements, 
administering them and potentially meeting demands for ongo-
ing data collection will place “considerable administrative burden 
on clinicians, payers and manufacturers, and will have associated 
costs that will need to be borne.” He said that payers may prefer 
simple approaches instead, such as discounted prices. He also 
advises companies to consider the relative risks of implementing 
more complex agreements.

“Specific, appropriate arrangements” must be agreed for 
each product, Goudreau declared. For example, for out-
comes-based deals there needs to be clear agreement on the 
outcomes that are to be measured and how the data should 
be gathered.

He also called for more discussion among all stakeholders. 
“To increase utilization of these innovative pricing mechanisms, 
there needs to be a consensus and willingness between payers 
and manufacturers to work together, and with patients, to im-
plement the necessary infrastructure and frameworks to make 
them work.”  

Published online 6 September 2019
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Novartis Prepares for UK Luxturna Rollout After  
Rapid NICE OK 
IAN SCHOFIELD ian.schofield@informa.com

Novartis AG/Spark Therapeutics 
Inc.’s gene therapy Luxturna (vo-
retigene neparpovec) should 

soon be available on the National Health 
Service in England and Wales following a 
rapid evaluation by the National Institute 
for Health and Care Excellence (NICE) that 
Novartis said was the result of “early and 
constructive” engagement.

Luxturna is the first gene therapy to be 
approved for vision loss caused by the rare 
condition retinal dystrophy. It was evalu-
ated under the HTA body’s Highly Special-
ised Technology appraisal procedure in 
record time. The HST process usually lasts 
an average of 38 weeks, but in this case it 
took an “unprecedented 20 weeks,” Novar-
tis said. 

Meindert Boysen, director of the Cen-
tre for Health Technology Evaluation at 
NICE, said: “The company’s willingness to 
work with us early and constructively has 
allowed us to publish this guidance on a 
much faster timeline than normal which is 
good news for patients.”

The draft guidance on Luxturna comes 
in the form of a Final Evaluation Document 
(FED), which notes that the company and 
NHS England agreed a confidential dis-
count on the list price to make the therapy 
cost-effective for the NHS. The guidance 
says that at its list price, and “based on the 
company’s preferred assumptions,” Luxtur-
na is associated with an incremental cost-
effectiveness ratio (ICER) of £86,635 per 
QALY gained. The list price was used be-
cause “the results of the economic analysis 
incorporating the company’s commercial 
offer have been deemed commercial in 
confidence,” the guidance notes. 

It concludes that overall, voretigene 
neparvovec “can be considered an appro-
priate use of NHS resources for highly spe-
cialised technologies.”

The FED has been sent to consultees 
including Novartis, health care profession-
als and patient and carer organizations, 
which can appeal against the draft rec-
ommendations if they so wish. Novartis 
said that if there were no appeals, the final 

guidance would be issued around mid-
October, after which the NHS would have 
three months to make it available. 

“We are working closely with all stake-
holders to ensure eligible patients  can 
start benefiting from Luxturna as quickly 
as possible,” the company told Scrip. “We 
estimate that 86 people would be eligible 
for treatment with Luxturna in England/
Wales. At this point, we are unable to 
comment on how many patients will be 
treated yearly.”

The therapy is also under evaluation by 
the Scottish Medicines Consortium, with 
initial decisions expected later this year, 
Novartis added.

Elsewhere in Europe, Luxturna has 
been available in Germany since it was 
approved in November; in the meantime, 
price negotiations are under way and the 
company said it expected to complete 
these by 2020. In France, the therapy is 
currently being made available under the 
temporary use authorization (ATU) pro-
gram while pricing talks continue with lo-
cal regulatory and reimbursement author-
ities. Luxturna is yet to be reimbursed in 
other markets such as Belgium, the Neth-

erlands and Italy, Novartis said. “However, 
negotiations are ongoing and we expect 
decisions throughout the remainder of 
2019 and into 2020.”

COLLABORATION AND 
TRANSPARENCY
According to Novartis, the positive out-
come and the speed of the appraisal were 
the result of  “collaborative engagement” 
and “transparent dialogue” between NICE 
and the company. During the first meet-
ing of NICE’s evaluation committee in July 
this year, “transparent and open dialogue 
was held around the clinical efficacy, cost 
effectiveness, patient need and service 
requirements,” the company said. Repre-
sentation from clinical experts and patient 
representatives “provided perspective.”  

The evaluation process was much short-
er than normal because neither a draft 
consultation period nor a second commit-
tee meeting was required, and so it went 
straight to the Final Evaluation Determi-
nation (FED) stage. “Our flexibility, willing-
ness to collaborate to find solutions and 
a shared desire amongst all parties to get 
the best treatments to patients as quickly 
as possible were key to the successful in-
troduction of this life-changing therapy to 
the UK,” Novartis declared. 

The UK BioIndustry Association wel-
comed the news, saying it “shows that the 
NHS is consistently supporting the rapid 
adoption of cell and gene therapies.” BIA 
CEO Steve Bates said UK patients were 
“starting to see the benefit of years of re-
search and development by innovative 
companies and industry will welcome this 
rapid adoption, which now shows a clear, 
consistent approach to getting life chang-
ing therapies to patients. We look forward 
to more fast collaboration between all 
parties as treatment opportunities from 
cell and gene therapies broaden over the 
coming months and years.” 

Novartis, which has commercialization 
rights to Luxturna in the EU/EEA under an 
agreement with Spark, said it would be 
“the only treatment available in England 

Luxturna will be “the 

only treatment available 

in England and Wales for 

adults and children with 

this rare progressive 

genetic condition” – 

Novartis
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and Wales for adults and children with this 
rare progressive genetic condition.” There 
are currently no therapeutic options avail-
able, and treatment is limited to support-
ive care such as low-vision aids, social and 
educational support, and specialized ge-
netic counseling.

Luxturna is authorized for use in chil-
dren and adults with vision loss due to 
genetic mutations in both copies of the 
RPE65 gene. Patients can suffer from a 
range of symptoms, from night blindness, 
loss of light sensitivity, loss of peripheral 
vision and loss of sharpness or clarity of 
vision, “potentially progressing to total 
blindness,” Novartis said. 

The therapy, which is injected under 
the retina of each eye on separate days, 
carries a healthy copy of the RPE65 gene 
to replace the faulty one, allowing the pa-
tient to produce functional RPE65 protein, 
thereby helping to improve vision and 
prevent further sight loss.

Like other gene and cell therapies, 
though, Luxturna does not come cheap 
– the UK list price is £613,410 per patient. 
When it received its EU marketing autho-
rization in November last year, the com-
pany said it intended to offer different 
types of pricing and reimbursement deals 
across Europe to ease market access.

NICE said that at the UK list price, Lux-
turna breached the Budget Impact Test, 
meaning it would have cost the NHS more 
than £20m  in one of the first three years af-
ter being introduced. However, the compa-
ny has agreed a “commercial arrangement 
with NHS England making the treatment 
available to the NHS at a discount, the size 
of which is commercial in confidence.”

NICE noted that Luxturna was the 
second innovative gene therapy to 
have gained a positive recommenda-
tion through the HST program. The first 
was GlaxoSmithKline PLC’s Strimvelis for 
adenosine deaminase deficiency/severe 
combined immunodeficiency, which was 
OKd for NHS use early last year. 

CLINICAL DATA
The NICE recommendation is based on 
data from a Phase I clinical trial, a follow-
up trial, and the first randomized, con-
trolled Phase III gene therapy trial for an 
inherited disease, Novartis noted. The 
primary endpoint of the Phase III trial 
was mean change from baseline to one 
year in binocular multi-luminance mobil-
ity test (MLMT). 

The difference in mean change in bin-
ocular MLMT score between patients 
treated with Luxturna (n=21) and the con-
trol group (n=10) was 1.6 (95% confidence 
interval: 0.72-2.41; p=0.001). Differences 
in binocular MLMT performance were ob-
served in the intervention group at day 30 
and were maintained over the remaining 
follow-up visits throughout the four-year 
period, compared with no change in the 
control group.

The company said Luxturna gave a du-
rable response and had “the potential to 
improve vision and prevent progressive 
sight loss.” Patients who received it four 
years ago in the Phase III study “show sus-
tained benefit on functional vision,” while 
patients who received the therapy in the 
Phase I study “continue to experience sus-
tained improvement in light sensitivity 
– which correlates well with functional vi-

sion – 7.5 years after treatment.” Longevity 
of response will be part of long-term fol-
low up observations.

The clinical trial evidence shows that, in 
the short term, Luxturna improves vision 
and prevents the condition from getting 
worse, the draft guidance says. “There is 
no long-term clinical evidence, but it is 
biologically plausible that the treatment 
effect is likely to continue for decades.” 

Despite the positive outcome, the eval-
uation committee raised a number of con-
cerns. It noted among other things that 
there was a lack of direct evidence about 
Luxturna’s effect on low-light vision, al-
though it did acknowledge that “even a 
small improvement in vision would be im-
portant for people with the condition.” The 
committee also was disappointed that no 
direct measure of health-related quality 
of life (HRQoL) had been used in the clini-
cal trials, and it felt that the lack of patient 
reported outcomes was a key limitation in 
the evidence. 

It said that some assumptions in the 
economic modelling were uncertain, par-
ticularly around the utility values and the 
length of the treatment effect. It added 
that no direct measure of HRQoL had 
been used in the clinical trials, and that 
the lack of patient reported outcomes was 
a key limitation in the evidence. 

Nonetheless, the committee con-
cluded that in light of the evidence the 
therapy was “likely to provide impor-
tant clinical benefits for people with 
RPE65-mediated inherited retinal dys-
trophies” and was a “step change” in the 
treatment of this condition. 

Published online 8 September 2019

BioMarin’s Brineura Pricing Deal Allows UK Market Access
JOHN DAVIS john.davis@informa.com

US company BioMarin Pharmaceutical Inc. can now build 
the market for the handful of patients who develop Bat-
ten disease each year in England after it came to an agree-

ment on the pricing for Brineura, a deal which may give pointers 
to other companies on how to gain market access for ultra-rare 
disease therapies.

A “fair price” has been agreed for Brineura (cerliponase alfa), 
said both BioMarin and NHS England in announcements on 11 
September. However, there are conditions attached to allowing 
the drug to be paid for by the NHS, contained in a managed ac-
cess deal between the two parties, including the collecting of Mutations in the tripeptidyl peptidase I enzyme cause CLN2

scripintelligence.com
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additional evidence of Brineura’s effectiveness over the next four 
and a half years. 

The commercial deal allowed the healthy technology assess-
ment body, NICE, finally to recommend use of Brineura in the NHS 
in England, having rejected it twice since EU approval was granted 
in 2017, the most recent being in February 2019, when the insti-
tute said there was a lack of long-term evidence about the Brineu-
ra’s effectiveness, although it showed substantial short-term ben-
efits, and it was not possible to manage complex components of a 
confidential commercial arrangement proposed by the company.

Conclusion of the pricing agreement also appears to mean that 
a judicial review of NICE’s original rejection of Brineura will no lon-
ger be necessary. Evidence was due to be submitted to the High 
Court on 11 September, but now “families will not have to suffer 
the additional stress and delay associated with court proceed-
ings,” BioMarin said.

“This long-awaited decision is a great relief for the families of 
children living with neuronal CLN2 (ceroid lipofuscinosis type 2) in 
England. At last they will be able to access the first and only treat-
ment for this rapidly progressing and debilitating disease, in line 
with other patients around Europe,” said Nigel Nicholls, country 
manager for BioMarin in the UK. 

“It’s hard to imagine what these families have been through 
over the last two years while discussions were ongoing. Our prior-
ity now is helping ensure children with CLN2 can begin treatment 
as early as possible following diagnosis to slow the progression of 
the disease,” Nicholls said.

The company noted that Brineura is available on a publicly 
funded basis in 23 other countries around the world. Worldwide 
sales of Brineura only amounted to $27m in the first six months of 
2019, up by 52% on the same period in 2018.

REALISTIC PRICING
In its turn, NHS England took the opportunity to encourage firms 
to be realistic in their pricing strategies in the UK. “In order to suc-
ceed, companies must be flexible and realistic because the NHS 

in England cannot and will not simply write blank cheques at tax-
payers’ expense,” said NHS chief executive Simon Stevens.

Driving home the request for companies to be flexible on 
drug pricing, NHS national medical director, Stephen Powis 
added: “There is no reason for other companies not to show 
equivalent flexibility in order to benefit NHS patients, taxpayers 
and indeed themselves.” 

Further details of the managed access agreement are expected 
to come when NICE publishes its final evaluation document in its 
highly specialized technologies (HST) process, expected in Octo-
ber. “Due to the complex nature of the administration of the drug, 
NHS England is working with potential providers to ensure that 
they have capacity to deliver the treatment to patients. Each pa-
tient will require a detailed assessment and consent process prior 
to starting the treatment,” NICE said.

Brineura is administered directly into the brain via a surgically 
implanted permanent access device.

There are around 25-40 children living with Batten disease in 
England at any one time, an incurable neurological condition 
marked by seizures, visual impairment, mobility loss and early 
death. Brineura extends the lives of Batten disease patients, the 
NHS noted. The product replaces the tripeptidyl-peptidase 1 
(TPP1) enzyme (one of several enzymes whose absence can lead 
to lipofuscin build-up) which is missing in this form of the disease. 
Brineura is the first medicine to be approved for the treatment of 
CLN2 disease.

When the EU’s CHMP recommended approval of Brineura back 
in 2017, it noted the safety and efficacy of the product had been 
assessed in a single-arm, open-label Phase I/II study involving 24 
children, and 20 of 23 patients treated and taking part in the ef-
ficacy analyses had either a slower than expected progression of 
the disease, stabilization of progression, or some improvement in 
their motor and language abilities. Because of the ultra-rare na-
ture of the disease, the committee recommended granting a mar-
keting authorisation under exceptional circumstances.  

Published online 12 September 2019

AstraZeneca’s Outlicensing Tactics Make It Top Dealmaker
ANDREW MCCONAGHIE andrew.mcconaghie@informa.com

AstraZeneca PLC emerged as big 
pharma’s most active deal-maker 
between 2014 and 2018, thanks to 

a combined surge in both in-licensing and 
out-licensing agreements.

The UK-headquartered company 
topped the charts by volume, agreeing no 
fewer than 169 alliances during the five-
year period, a new report from Datamoni-
tor Healthcare shows. 

Meanwhile it was Merck & Co. Inc. which 
hit the number one spot in terms of deal 
value, signing deals worth up to a poten-
tial total of $27.4bn, though only $3.4bn 
of this was in upfront fees.

The report, Big Pharma Licensing Trends, 
2014–18 Pharma Trends / Dealmaking and 
R&D, finds Johnson & Johnson, Roche, Pfiz-
er Inc., Merck & Co, Bristol-Myers Squibb 
Co., and Novartis AG all close behind Astra-
Zeneca in their activity levels, each signing 
more than 100 deals. While in-licensing 
deals accounted for more than 103 of As-
traZeneca’s agreements, it was the remark-
able tally of 66 outlicensing agreements 
which put it top of the chart overall.

The company was facing a steep decline 
in revenues from its old blockbuster drugs 
such as Crestor (rosuvastatin) and Nexium 
(esomeprazole) during the period, and its 

senior management team developed an 
energetic program of outlicensing many 
of its more marginal brands, mature prod-
ucts and pipeline assets in order to gen-
erate income and soften the decline in its 
revenues over the period.

One such pipeline deal was the licens-
ing by MedImmune (AZ’s former biologic 
division) of its anti-IL-23 monoclonal an-
tibody candidate MED12070 to Allergan 
PLC. This deal involved an upfront pay-
ment to AstraZeneca of $250m for the 
rights to the molecule, plus up to $1.27bn 
in royalties depending on its future com-
mercial performance.
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While many of its outlicensing deals 
represented one-off boosts to its rev-
enues and ease its transition to newer 
products, one big tie-up is helping maxi-
mize returns from a key novel treatment, 
Lynparza (olaparib). 

The $8.5bn alliance the company 
forged with Merck & Co in  July 2017 
to co-develop and co-commercialize 
its PARP inhibitor Lynparza for multiple 

cancer types was the biggest single deal 
of the period.  (Also see “A Whopper Of A 
Deal: AZ Hands Half Of Lynparza To Mer-
ck” - Scrip, 27 Jul, 2017.)

The prize for biggest upfront pay-
ment over the period went to the 
$1.85bn paid by Bristol-Myers Squibb 
to Nektar Therapeutics in February 2018 
for its lead program, NKTR-214 (bem-
pegaldesleukin), $850m of this being 

an equity investment in Nektar.  (Also 
see “Bristol Goes In Big On New Valentine 
Nektar” - Scrip, 14 Feb, 2018.)

However the deal demonstrates just 
how risky some of these multi-billion dol-
lar deals can be, especially when early 
stage molecules are involved.

BMS were on the look-out for a novel 
agent to combine with its checkpoint in-
hibitor Opdivo (nivolumab) to give the 
edge in immunotherapy, and bet big on 
the pegylated CD-122 agonist plus Op-
divo in multiple tumor types.

However, that huge outlay was very 
soon questioned when data from its Phase 
I/II PIVOT-02 trial in melanoma unveiled at 
ASCO in June 2018 seemed to reveal a dip 
in response rates compared to an earlier 
trial result. 

The partners pressed ahead with a 
Phase III trial, but In August 2019 the col-
laboration hit further problems. Nektar 
was forced to reveal that manufacturing 
problems might have played a part in fur-
ther underwhelming responses in trials, 
sending its share price tumbling and cast-
ing further doubt on the combination’s 
potential.  (Also see “Nektar Pins Falling 
Cancer Response Rate On Manufacturing 
Problem” - Scrip, 9 Aug, 2019.)

MERCK THE BIG SPENDER
There is no doubt that the period was 
dominated by immunotherapy deals, with 
the major players in the field all placing 
bets on combinations with either estab-
lished treatment or pipeline candidates.
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Number of AstraZeneca’s In-licensing Deals By Therapy Area, 2014-2018

Top 3 In-Licensing Deals By Value, 2014-18

LICENSOR DEAL DATE
PARTNERS  
(LICENSEE/LICENSER)

DEAL SUBJECT DISEASE AREA
UPFRONT  

($M)
MILESTONES  

($M)
TOTAL DEAL 
VALUE ($M)

27 July 2017 Merck & Co/AstraZeneca

AstraZeneca’s PARP inhibitor 
Lynparza, which the companies 
will study in combination with 
their respective PD-L1 and PD-1 
medicines, AstraZeneca’s Imfinzi 
and Merck’s Keytruda.

Oncology 1,600 6,150 8,500

3 February 2014 Merck & Co/Ablynx
Nanobody candidates (including 
bi- and tri-specifics) directed at 
immune checkpoint modulators

Oncology 41 6,724 6.779

7 March 2018 Merck & Co/Eisai
Co-development and commer-
cialization of Lenvima, alone and 
with Merck’s Keytruda

Oncology 300 4,355 5,760

Source: Datamonitor Healthcare | Informa, 2019
TURN TO PAGE 14
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Scrip Awards

Finalists 2019
We are delighted to 
announce the shortlist for the 
15th Annual Scrip Awards.
Over the summer, our panel of 16 respected 
judges has reviewed all the entries to 
produce a shortlist that displays the wealth of 
innovation, dedication and hard work that the 
pharmaceutical and biotech industries have 
shown over the past year.

The full range of industry activities from 
big pharma, biotech companies and CROs 
is represented: from novel deals, to new 
drug launches and finding technological 
breakthroughs in clinical trials. The Scrip 
Awards provides the industry with an 
opportunity to acknowledge its highest 
achievers across all parts of the value chain, 
and to recognize both corporate and 
individual achievement.

As in previous years, we will be announcing 
the winner of the Pharma Company of the 
Year Award on the night, just as we do for the 
Lifetime Achievement Award. We are thrilled 
that so many of you have taken the time to 
enter, and sorry that not everyone can make 
the shortlist.

This year’s winners will be announced at a 
glittering black tie ceremony at the London 
Hilton on Park Lane on 4 December.

Congratulations to all our finalists 
and good luck on the night!

MASTERS SPECIALITY PHARMA’S BEST COMPANY IN AN 
EMERGING MARKET AWARD 
• BeiGene
• Cipla
• Hikma Pharmaceuticals
• Hutchison China MediTech
• Mundipharma Singapore
• WuXi AppTec

BEST TECHNOLOGICAL DEVELOPMENT IN CLINICAL TRIALS 
• Antidote’s Match-technology driven 

program-level recruitment
• Clinical Ink’s eSource ecosystem
• CluePoints’ Risk-Based Study Execution and Data Quality 

Oversight Software for Clinical Trials
• Exom Group’s Genius ROSA (Remote Omnichannel 

Study Assistance)
• Saama Technologies’ Deep Learning Intelligent Assistant
• Signant Health’s SmartSupplies suite
• Tata Consultancy Services (TCS) Connected Clinical 

Trials platform

MEDIDATA’S COMMUNITY PARTNERSHIP 
OF THE YEAR AWARD
• AstraZeneca’s Energy Challenge
• IQVIA’s Light The Night Campaign
• Merck KGaA’s Embracing Carers initiative 
• Regeneron Science Talent Search 
• Roche/Chugai communications partnership with LADbible 

for The Haemophilia Society and Little Bleeders

MSD’S INNOVATION AWARD 
• Evonetix’s DNA synthesis platform
• Invitrogen EVOS M7000 microscope
• Kaleido’s microbiome research platform
• Mogrify’s direct cellular conversion technology
• Lyndra Therapeutics’ ultra-long acting pill
• NeuBase Therapeutics’ PATrOL platform
• 
IQVIA’S CLINICAL ADVANCE OF THE YEAR AWARD 
• Akcea Therapeutics/Ionis Pharmaceuticals’ Phase II study 

of AKCEA-APO(a)-LRx in cardiovascular disease
• Alkermes’ ENLIGHTEN-2 Phase III study of ALKS 3831 

for schizophrenia
• Galapagos’s EQUATOR and TORTUGA trials of filgotinib 

in psoriatic arthritis and ankylosing spondylitis
• National Cancer Institute-sponsored E1912 Phase III study 

of Imbruvica in chronic lymphocytic leukemia
• Novartis/AveXis’s Phase III STR1VE study of Zolgensma 

in spinal muscular atrophy

FINANCING DEAL OF THE YEAR 
• Allogene Therapeutics’ $372.6m IPO
• Artios’s $84m series B financing
• Cambridge Innovation Capital’s £150m funding round
• Galapagos’s $345m secondary follow-on financing
• iTeos Therapeutics’ $75m series B financing
• Sensyne Health’s £60m IPO 

WORLDWIDE CLINICAL TRIALS’ LICENSING DEAL 
OF THE YEAR AWARD
• Agenus and Gilead Sciences for GS-1423 in immuno-oncology
• AstraZeneca and Daiichi-Sankyo for trastuzumab deruxtecan 

in multiple tumor types
• Innate Pharma and AstraZeneca’s five-part deal including 

monalizumab in immuno-oncology
• Merck KGaA and GlaxoSmithKline for M7824 (bintrafusp alfa) 

in difficult-to-treat cancers
• Oxford Biomedica and Axovant Sciences for OXB-102 in 

Parkinson’s disease 
• PellePharm and LEO Pharma for patidegib topical gel in 

Gorlin syndrome 

BEST PARTNERSHIP ALLIANCE 
• Allogene Therapeutics and Pfizer for CAR-T assets 
• BenevolentAI and AstraZeneca’s Artificial Intelligence 

partnership in chronic kidney disease and idiopathic 
pulmonary fibrosis

• Cancer Research UK, LifeArc and Ono Pharmaceutical 
Cancer Immunotherapy Alliance 

• Microbiotica and Genentech (Roche) in inflammatory 
bowel disease 

• Mission Therapeutics with AbbVie for DUB inhibitors 
for Alzheimer’s and Parkinson’s diseases 

• 23andMe and GlaxoSmithKline for the use of genetics 
to improve R&D success rates 

BUSINESS DEVELOPMENT TEAM OF THE YEAR 
• AstraZeneca’s Business Development Operations Team
• BeiGene’s Business Development Team
• Bristol-Myers Squibb’s Business Development Team
• Clinigen’s Corporate Development Team
• Procter & Gamble’s Business Development Team
• Servier’s Global Business Development and Licensing Team

EXECUTIVE OF THE YEAR – 
FOR LARGE & MEDIUM CAP COMPANIES 
• David Chang, president, CEO and co-founder of 

Allogene Therapeutics
• Jeff Jonas, CEO of Sage Therapeutics
• Siggi Olafsson, CEO of Hikma Pharmaceuticals
• Menelas Pangalos, EVP and president, BioPharmaceuticals 

R&D, AstraZeneca
• Andrew Plump, president, research & development of 

Takeda Pharmaceuticals
• Onno van de Stolpe, Founder and CEO of Galapagos

EXECUTIVE OF THE YEAR – 
FOR SMALL CAP & PRIVATE PHARMA COMPANIES 
• Ryan Cawood, founder and CEO of OXGENE 
• John Dawson, CEO of Oxford Biomedica
• Hossein A Ghanbari, founder, chairman, and managing 

director of advanced research for Sensei Biotherapeutics
• Kevin Lee, CEO of Bicycle Therapeutics
• Amy Schulman, co-founder and chief executive officer of 

Lyndra Therapeutics
• Raman Singh, president & CEO, Mundipharma Asia-Pacific, 

Latin America, Middle East and Africa
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BEST CONTRACT RESEARCH ORGANIZATION – 
FULL-SERVICE PROVIDERS
• CMIC
• Covance
• ICON
• IQVIA
• PPD
• Worldwide Clinical Trials

BEST CONTRACT RESEARCH ORGANIZATION – 
SPECIALIST PROVIDERS
• MMS Holdings
• Quanticate
• Cardinal Health Regulatory Sciences 
• Metrion Biosciences
• RxGen 
• PharPoint Research 

WUXI APP TEC’S BIOTECH COMPANY OF THE YEAR AWARD 
• Allogene Therapeutics
• Achilles Therapeutics
• Galapagos
• Alnylam Pharmaceuticals
• Oxford Biomedica
• HOOKIPA Pharma
• Calliditas Therapeutics

SYNEOS HEALTH’S BEST NEW DRUG AWARD 
• Alnylam Pharmaceuticals’ Onpattro (patisiran) for 

polyneuropathy of hereditary transthyretin-mediated 
amyloidosis

• Astex/Janssen Pharmaceutica’s Balversa (erdafitinib) for 
metastatic urothelial carcinoma

• AveXis/Novartis’s Zolgensma (onasemnogene abeparvovec-
xioi) for spinal muscular atrophy 

• EMD Serono, the biopharmaceutical business of Merck 
KGaA’s Mavenclad (cladribine) tablets for multiple sclerosis

• Hutchison China MediTech/Lilly’s Elunate Capsules 
(fruquintinib) for colorectal cancer 

• Insmed’s Arikayce (amikacin liposome inhalation 
suspension) for Mycobacterium avium complex lung disease

• Sobi’s Gamifant (emapalumab-lzsg) for primary 
hemophagocytic lymphohistiocytosis
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Scrip Awards

Finalists 2019
We are delighted to 
announce the shortlist for the 
15th Annual Scrip Awards.
Over the summer, our panel of 16 respected 
judges has reviewed all the entries to 
produce a shortlist that displays the wealth of 
innovation, dedication and hard work that the 
pharmaceutical and biotech industries have 
shown over the past year.

The full range of industry activities from 
big pharma, biotech companies and CROs 
is represented: from novel deals, to new 
drug launches and finding technological 
breakthroughs in clinical trials. The Scrip 
Awards provides the industry with an 
opportunity to acknowledge its highest 
achievers across all parts of the value chain, 
and to recognize both corporate and 
individual achievement.

As in previous years, we will be announcing 
the winner of the Pharma Company of the 
Year Award on the night, just as we do for the 
Lifetime Achievement Award. We are thrilled 
that so many of you have taken the time to 
enter, and sorry that not everyone can make 
the shortlist.

This year’s winners will be announced at a 
glittering black tie ceremony at the London 
Hilton on Park Lane on 4 December.

Congratulations to all our finalists 
and good luck on the night!

MASTERS SPECIALITY PHARMA’S BEST COMPANY IN AN 
EMERGING MARKET AWARD 
• BeiGene
• Cipla
• Hikma Pharmaceuticals
• Hutchison China MediTech
• Mundipharma Singapore
• WuXi AppTec

BEST TECHNOLOGICAL DEVELOPMENT IN CLINICAL TRIALS 
• Antidote’s Match-technology driven 

program-level recruitment
• Clinical Ink’s eSource ecosystem
• CluePoints’ Risk-Based Study Execution and Data Quality 

Oversight Software for Clinical Trials
• Exom Group’s Genius ROSA (Remote Omnichannel 

Study Assistance)
• Saama Technologies’ Deep Learning Intelligent Assistant
• Signant Health’s SmartSupplies suite
• Tata Consultancy Services (TCS) Connected Clinical 

Trials platform

MEDIDATA’S COMMUNITY PARTNERSHIP 
OF THE YEAR AWARD
• AstraZeneca’s Energy Challenge
• IQVIA’s Light The Night Campaign
• Merck KGaA’s Embracing Carers initiative 
• Regeneron Science Talent Search 
• Roche/Chugai communications partnership with LADbible 

for The Haemophilia Society and Little Bleeders

MSD’S INNOVATION AWARD 
• Evonetix’s DNA synthesis platform
• Invitrogen EVOS M7000 microscope
• Kaleido’s microbiome research platform
• Mogrify’s direct cellular conversion technology
• Lyndra Therapeutics’ ultra-long acting pill
• NeuBase Therapeutics’ PATrOL platform
• 
IQVIA’S CLINICAL ADVANCE OF THE YEAR AWARD 
• Akcea Therapeutics/Ionis Pharmaceuticals’ Phase II study 

of AKCEA-APO(a)-LRx in cardiovascular disease
• Alkermes’ ENLIGHTEN-2 Phase III study of ALKS 3831 

for schizophrenia
• Galapagos’s EQUATOR and TORTUGA trials of filgotinib 

in psoriatic arthritis and ankylosing spondylitis
• National Cancer Institute-sponsored E1912 Phase III study 

of Imbruvica in chronic lymphocytic leukemia
• Novartis/AveXis’s Phase III STR1VE study of Zolgensma 

in spinal muscular atrophy

FINANCING DEAL OF THE YEAR 
• Allogene Therapeutics’ $372.6m IPO
• Artios’s $84m series B financing
• Cambridge Innovation Capital’s £150m funding round
• Galapagos’s $345m secondary follow-on financing
• iTeos Therapeutics’ $75m series B financing
• Sensyne Health’s £60m IPO 

WORLDWIDE CLINICAL TRIALS’ LICENSING DEAL 
OF THE YEAR AWARD
• Agenus and Gilead Sciences for GS-1423 in immuno-oncology
• AstraZeneca and Daiichi-Sankyo for trastuzumab deruxtecan 

in multiple tumor types
• Innate Pharma and AstraZeneca’s five-part deal including 

monalizumab in immuno-oncology
• Merck KGaA and GlaxoSmithKline for M7824 (bintrafusp alfa) 

in difficult-to-treat cancers
• Oxford Biomedica and Axovant Sciences for OXB-102 in 

Parkinson’s disease 
• PellePharm and LEO Pharma for patidegib topical gel in 

Gorlin syndrome 

BEST PARTNERSHIP ALLIANCE 
• Allogene Therapeutics and Pfizer for CAR-T assets 
• BenevolentAI and AstraZeneca’s Artificial Intelligence 

partnership in chronic kidney disease and idiopathic 
pulmonary fibrosis

• Cancer Research UK, LifeArc and Ono Pharmaceutical 
Cancer Immunotherapy Alliance 

• Microbiotica and Genentech (Roche) in inflammatory 
bowel disease 

• Mission Therapeutics with AbbVie for DUB inhibitors 
for Alzheimer’s and Parkinson’s diseases 

• 23andMe and GlaxoSmithKline for the use of genetics 
to improve R&D success rates 

BUSINESS DEVELOPMENT TEAM OF THE YEAR 
• AstraZeneca’s Business Development Operations Team
• BeiGene’s Business Development Team
• Bristol-Myers Squibb’s Business Development Team
• Clinigen’s Corporate Development Team
• Procter & Gamble’s Business Development Team
• Servier’s Global Business Development and Licensing Team

EXECUTIVE OF THE YEAR – 
FOR LARGE & MEDIUM CAP COMPANIES 
• David Chang, president, CEO and co-founder of 

Allogene Therapeutics
• Jeff Jonas, CEO of Sage Therapeutics
• Siggi Olafsson, CEO of Hikma Pharmaceuticals
• Menelas Pangalos, EVP and president, BioPharmaceuticals 

R&D, AstraZeneca
• Andrew Plump, president, research & development of 

Takeda Pharmaceuticals
• Onno van de Stolpe, Founder and CEO of Galapagos

EXECUTIVE OF THE YEAR – 
FOR SMALL CAP & PRIVATE PHARMA COMPANIES 
• Ryan Cawood, founder and CEO of OXGENE 
• John Dawson, CEO of Oxford Biomedica
• Hossein A Ghanbari, founder, chairman, and managing 

director of advanced research for Sensei Biotherapeutics
• Kevin Lee, CEO of Bicycle Therapeutics
• Amy Schulman, co-founder and chief executive officer of 

Lyndra Therapeutics
• Raman Singh, president & CEO, Mundipharma Asia-Pacific, 

Latin America, Middle East and Africa
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polyneuropathy of hereditary transthyretin-mediated 
amyloidosis

• Astex/Janssen Pharmaceutica’s Balversa (erdafitinib) for 
metastatic urothelial carcinoma

• AveXis/Novartis’s Zolgensma (onasemnogene abeparvovec-
xioi) for spinal muscular atrophy 

• EMD Serono, the biopharmaceutical business of Merck 
KGaA’s Mavenclad (cladribine) tablets for multiple sclerosis

• Hutchison China MediTech/Lilly’s Elunate Capsules 
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DEALS

In terms of deal value, Merck was a 
clear leader in spending, and was re-
sponsible for the three biggest deals in 
terms of total potential value: the $8.5bn 
deal with AZ on Lynparza, a $6.7bn deal 
with Ablynx NV on its nanobodies pipe-
line and a $5.76bn agreement with Eisai 
Co. Ltd. for its marketed tyrosine kinase 
inhibitor Lenvima (lenvatinib). Not sur-
prisingly, the research confirms that on-

cology represented the lion’s share of all 
deals, accounting for 45% of big pharma 
in-licensing, led by the surge in immuno-
oncology field partnerships at all stages 
of the pipeline. 

The Datamonitor Healthcare report also 
points to emerging trends in the licensing 
field, perhaps most notably the re-emer-
gent interest in neurology. The therapy 
area was in second place behind oncology 
in the volume of deals, representing 11% 

of all in-licensing agreements. The cat-
egory had five deals with potential values 
greater than $1bn, led by Teva Pharma-
ceutical Industries Ltd.’s September 2016 
in-licensing of fasinumab from Regeneron 
Pharmaceuticals Inc., worth $2.6bn.  (Also 
see “Regeneron And Teva’s Fasinumab 
Crosses One Threshold; More Remain” - 
Scrip, 16 Aug, 2018.)  

Published online 11 September 2019

Will ‘Vant’ Deal Really Fulfill Dainippon’s Needs?  
IAN HAYDOCK ian.haydock@informa.com

Sumitomo Dainippon Pharma Co. Ltd. (DSP) has without 
doubt had a tough year. First its shares were slammed by the 
failure of partner SanBio Co. Ltd.’s cell therapy in ischemic 

stroke early in 2019, a blow from which they still haven’t recovered.
This came around the same time as a US Complete Response 

Letter for apomorphine in off episodes in Parkinson’s disease.
Then in July came the disappointing failure in pancreatic cancer 

of the novel oral cancer stemness inhibitor napabucasin, acquired 
along with Boston Biomedical Inc.

The Japanese company has clearly recognized for some time - 
these events and sparse late-stage pipeline aside - that it will need 
to do something to address the large potential hit to future revenues 
of generic competition to its global top seller Latuda (lurasidone).

Versus North America (mainly US) sales of $1.66bn for the atypi-
cal antipsychotic last fiscal year, Datamonitor Healthcare sees US 
sales in its major indication schizophrenia falling to just $105.2m 
in 2026.

But while the new planned deal to acquire Roivant Sci-
ences GmbH’ stakes in up to 11 subsidiary “vant” companies 
will bring new late-stage products and future revenues, and 
a stronger US presence, it will also take SDP into new thera-
peutic areas such as female health and urology where it has 
little experience.

Investors also apparently see the planned deal - for which a 
definitive agreement is expected in late October - as a little “off” 
SDP’s traditional areas of strategic focus, while some of the vant 
companies’ candidates are expected to face tough competition 
once commercialized. 

These concerns were reflected in a lukewarm initial investor 
response, which meant only a 1.7% rise in SDP’s closing share 
price in Tokyo on 6 September, the day the planned Roivant 
deal was announced. 

PLUS AND MINUS? 
As far as the mechanics of the deal go, a new corporate entity will 
be created which will be wholly owned by SDP and then assume 
Roivant’s ownership in five vants, including Myovant Sciences 
Ltd., Urovant Sciences Ltd., Enzyvant Sciences Ltd. and Altavant 
Sciences, plus one other vant to be identified before a definitive 
agreement is signed. 

Privately held Roivant owns around 75% of outstanding Urov-
ant shares and a minority stake of around 46% of Myovant, both 
of which are listed. 

Roivant and its companies highlighted the improved access to 
a more global development, manufacturing and sales infrastruc-
ture that the alliance would bring. The SDP group has revenues of 
over $4bn and more than 6,000 employees, and a well-developed 
US presence through its Sunovion Pharmaceuticals Inc. operation 
(previously Sepracor, acquired in 2010).

For its part, SDP will gain access to several candidates that are 
close to US approval filings, notably the Takeda Pharmaceutical 
Co. Ltd.-originated GnRH receptor antagonist relugolix.

In positive top-line results from the LIBERTY 1 and 2 Phase III 
studies released earlier this year, the drug in combination with 
low-dose estradiol and norethindrone acetate showed potential 
as a once-daily, one pill therapy for uterine fibroids, for which a US 
NDA filing is planned by the end of this calendar year. 

Other Phase III trials are ongoing in prostate cancer and endo-
metriosis. Urovant also unveiled in March generally positive top-
line data from the Phase III EMPOWUR trial with vibegron in over-
active bladder (OAB), for which a US NDA is planned by next April.

But some analysts were cool on the prospects for both of these 
near-term vant products. 

Morgan Stanley MUFG analyst Shinichiro Muraoka said in a 
6 September note that he sees limited share price implications 
of the broader deal, given that both drugs are facing a “harsh” 
competitive landscape. “It is hard to be particularly optimistic,” 
he stated.

Relugolix is around three years behind its rivals, while generic 
versions of Astellas Pharma Inc.’s OAB drug mirabegron (Myrbetriq 

CONTINUED FROM PAGE 11

The deal will bring new late-stage 

products and future revenues, and a 

stronger US presence.
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and other brand names) are due to hit the US market in 2023-24, 
the analyst pointed out.

Datamonitor Healthcare is forecasting only modest 2026 global 
sales of $143.6m for relugolix in the prostate cancer setting, and 
expects competition from Astellas/Ferring Pharmaceuticals AS’s 
Firmagon (degarelix) and other older drugs such as leuprolide to 
“significantly limit” commercial potential in the indication.

Vibegron meanwhile also received a cool investor response to 
its EMPOWUR results, over some concerns around the lack of sig-
nificance versus tolterodine.

But Urovant is bullish on the molecule’s prospects, pointing to 
potential advantages over same-class drugs such as potent beta 
3 agonist activity, rapid onset of action, improved safety over mi-
rabegron for liver drug-drug interactions and a potential label for 
reduction of urgency episodes, a first for any OAB drug.

Use is expected mainly in the second-line setting if anticholiner-
gic therapy is ineffective, and Jefferies analysts have forecast peak 
sales of $605m by 2030 for vibegron. 

MIND THE GAPS
To what extent these key Roivant assets will help plug SDP’s post-
Latuda revenue gap remains to be seen. SDP had conceded well 
before the new deal that it would be difficult to fill the hole. 

But it is clear that the Japanese company had to take action, and 
it seems that Roivant CEO Vivek Ramaswamy was available and 
ready to do business. 

The fact that the assets do not ally closely with DSP’s stated core 
areas of CNS, oncology and cell/regenerative therapies may have 
been a trade-off in favor of pragmatism. Following the napabu-
casin failure, SDP was left with little substantial in the late-stage 
pipeline besides lurasidone in Phase III in Japan for schizophrenia 
and bipolar I depression.  

Potential Latuda successor SEP-363856, which has a novel non-
dopamine D2 receptor mechanism of action, has only recently 
moved into Phase III in the US for schizophrenia, and SDP does 
not anticipate the first (and probably initially minor) contributions 
from its cell and regenerative medicine push until the fiscal 2023-
37 period.

The company is pursuing an acquisition of the Australian com-
pany Cynata Therapeutics in this field.  (Also see “Dainippon Clos-
ing In On Cell Therapy Specialist Cynata “ - Scrip, 19 Jul, 2019.)

So it is clear that the company had to do something - but at this 
early stage the jury is still out on whether the Roivant deal will be 
the right thing. It will certainly help but might not be the cure-all 
salve to all of SDP’s challenges.  

Published online 9 September 2019

First Filing, In Japan, For Daiichi’s Lead ADC  
As Others Progress 
IAN HAYDOCK ian.haydock@informa.com

Daiichi Sankyo Co. Ltd. has submit-
ted a new drug application in 
Japan for trastuzumab deruxte-

can (DS-8201), its HER2-targeting lead 
antibody-drug conjugate (ADC), for HER2-
positive metastatic breast cancer. 

The Japanese filing, the first globally 
in any indication, marks another step 
towards market for the product, the 
subject of a huge $6.9bn ex-Japan deal 
with AstraZeneca PLC in March that kick-
started Daiichi’s mid-term ambitions in 
the oncology field.

The UK-based multinational and its 
partner are also planning US and other 
submissions following positive results 
from the pivotal Phase II DESTINY-Breast01 
international trial, which enrolled 253 pa-
tients at more than 100 sites across North 
America, Europe, Japan and Asia. 

The companies said in May that the trial, 
conducted in patients with positive unre-
sectable and/or metastatic breast cancer 
previously treated with trastuzumab em-
tansine (T-DM1, Roche’s Kadcyla), had met 

its primary endpoint of a “clinically mean-
ingful” objective response rate.

The study included the enrollment of 
patients into two arms: those resistant or 
refractory to T-DM1 and others who had 
discontinued T-DM1 treatment for other 
reasons. Secondary objectives included 
duration of response, disease control rate, 
clinical benefit rate, progression-free sur-
vival and overall survival. 

Further details and data from DESTINY-
Breast01 will be presented at an upcom-
ing medical meeting, Daiichi said. Cases 
of drug-related pneumonitis, including 
Grade 5 events, have been reported in 
the clinical development program, and 
whether these will be a focus for regula-
tors remains to be seen.

Assuming usual timelines for standard 
reviews in Japan, any regulatory clearance 
there may be granted within about 12 
months, and the drug would also require 
reimbursement listing on the country’s 
national health insurance scheme before 
it could be launched.

“There is a need for 

new treatment options 

to help patients with 

advanced non-small 

cell lung cancer that 

continue to progress on 

standard therapies.” - 

Rebecca Heist 
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BROAD DEVELOPMENT 
PROGRAM 
Designed using Daiichi Sankyo’s propri-
etary DXd technology, DS-8201 comprises 
a humanized HER2 antibody attached to 
the novel deruxtecan topoisomerase I in-
hibitor payload by a tetrapeptide-based 
linker. A broad global development pro-
gram is underway comprising five pivotal 
trials in HER2-expressing breast and gas-
tric cancers, including breast cancer with 
HER2 low expression. 

The ADC is in Phase II development 
for HER2-expressing advanced colorec-
tal cancer and metastatic non-squamous 
HER2-overexpressing, or HER2-mutated 
non-small cell lung cancer (NSCLC), and in 
Phase I in combination with nivolumab for 
HER2-expressing metastatic breast and 
bladder cancer. 

US Breakthrough Therapy Designation 
has been granted for HER2-positive, local-
ly-advanced or metastatic breast cancer 
patients treated with trastuzumab and 
pertuzumab and who have disease pro-
gression after T-DM1. 

US Fast Track Designation was also 
granted for HER2-positive unresectable 
and/or metastatic breast cancer in pa-
tients who have progressed after prior 
treatment with HER2-targeted medicines, 
including T-DM1. 

In Japan, “sakigake” designation has 
been granted for the treatment of ad-
vanced HER2-positive advanced gastric or 
gastroesophageal junction cancer, a status 
conferred to pioneering therapies which 
enables expedited review and approval.

U3-1402 SHOWS HER3 PROMISE 
Daiichi also gave clinical development 
updates on several other of its ADC can-
didates in oncology, a new growth sector 
where the company is aiming for total 
revenues of JPY500bn ($4.51bn) in fiscal 
2025. This is as part of a mid-term strate-
gic plan to pivot away from its previous 
mainstay area of cardiovasculars, amid 
the global loss of exclusivity for its former 
blockbuster antihypertensive olmesartan. 

The company presented at the IASLC 
(International Association for the Study of 
Lung Cancer) 2019 World Conference on 
Lung Cancer in Barcelona, Spain updated 
data from a 30-patient Phase I trial for U3-
1402, its first-in-class HER3-targeting ADC, 
in metastatic EGFR-mutated, tyrosine ki-

nase inhibitor (TKI)-resistant NSCLC. The 
therapy comprises an anti-HER3 antibody 
attached to the deruxtecan topoisomer-
ase I inhibitor payload. 

HER3 is frequently overexpressed in 
NSCLCs and other solid tumors, but so far 
no HER3-targeting therapies have been 
approved in any type of cancer.

All 30 patients in the trial had received 
prior treatment with an EGFR TKI includ-
ing 28 with osimertinib (AstraZeneca PLC’s 
Tagrisso); 15 patients had also received pri-
or chemotherapy. The first part of the study 
included patients who either experienced 
disease progression on erlotinib, gefitinib, 
dacomitinib or afatinib and tested nega-
tive for the T790M mutation or who experi-
enced disease progression on osimertinib 
regardless of T790M status. The median 
follow-up time was 4.5 months.

Efficacy results for 26 patients who re-
ceived U3-1402 at one of four doses, and 
had baseline and at least one post-baseline 
tumor assessment, showed six confirmed 
partial responses across three dose levels. 

A reduction in tumor size was observed 
in 22 patients across all doses, with me-
dian best percentage change of -25.7% 
(range -82.6% to 13.3%); responses were 
reported in patients both with and with-
out a history of CNS metastases. 

Analyses determined the presence of 
multiple resistance mechanisms to prior 
EGFR TKI therapies in patients who experi-
enced partial responses and tumor reduc-
tion while being treated with U3-1402. 
Three with confirmed partial response 
had T790M EGFR resistance mutations 
T790M (the target of osimertinib), and 
C797S, which is associated with resistance 
to osimertinib. Additionally, all evaluable 
tumors demonstrated HER3 expression at 
various levels, Daiichi noted.

“The findings continue to demonstrate 
activity with U3-1402, including ongoing 
confirmed partial responses, in patients 
with EGFR-mutant metastatic non-small 
cell lung cancer that is no longer respond-
ing to EGFR TKI therapy,” noted trial inves-
tigator Helena Yu of the Memorial Sloan 
Kettering Cancer Center. 

“These data suggest that targeting 
HER3 with U3-1402 may be an effective 
treatment strategy irrespective of mecha-
nism of resistance identified in the setting 
of EGFR TKI resistance, where new preci-
sion treatments are needed.” 

Daiichi said that preliminary safety data 
indicated a “manageable” safety profile 
for U3-1402 at a median treatment ex-
posure of 3.2 months, and the recom-
mended dose for expansion has been 
established at 5.6 mg/kg. The most com-
mon treatment-emergent adverse events 
of any grade, occurring in ≥30 percent of 
patients, included nausea (63.3%) and fa-
tigue (43.3%). 

The company noted that the plan now 
is to broaden the trial with an additional 
cohort of patients with metastatic squa-
mous or non-squamous NSCLC without 
EGFR mutation, whose disease has pro-
gressed after chemotherapy and anti-PD-
L1 regimens. The study is expected to en-
roll more than 100 patients at around 17 
sites globally. 

In other indications, U3-1402 is in a 
Phase I/II study in patients with HER3-pos-
itive metastatic breast cancer. 

DS-1062 SHOWS EARLY NSCLC 
POTENTIAL
New Phase I results with a third ADC us-
ing Daiichi’s same proprietary DXd plat-
form, the trophoblast cell-surface antigen 
2 (TROP2)-targeting DS-1062, were also 
presented at IASLC 2019. The trial looked 
at 52 unselected patients with heavily pre-
treated advanced NSCLC. 

TROP2 is a transmembrane glycopro-
tein cell surface antigen highly expressed 
on several solid tumor types, including 
NSCLC, overexpression of which is associ-
ated with increased tumor aggressiveness 
and decreased survival. One study has 
identified high TROP2 expression in 64% 
of non-small cell adenocarcinomas and 
75% non-small cell squamous cell carcino-
mas, Daiichi noted.

In 46 evaluable patients receiving DS-
1062 at one of eight doses (0.27 mg/kg to 
10.0 mg/kg), 12 showed partial responses 
(10 confirmed, two early) in a dose-depen-
dent manner. Given that confirmed partial 
responses were seen among seven pa-
tients (71.4%) in the 8.0 mg/kg group, this 
is the recommended dose for expansion. 

Patients had received prior treatment, 
including immune checkpoint inhibi-
tors (86.5%), EGFR inhibitors and ALK in-
hibitors. Immunohistochemistry analysis 
showed TROP2 expression trended higher 
in patients who experienced a partial re-
sponse, while gene analysis suggested 
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SLFN11 expression - associated with response to topoisomerase I 
inhibitors - trended higher in patients with tumor reductions. 

Data so far suggest DS-1062 was well-tolerated up to 8.0 mg/
kg, and the most common treatment-emergent adverse events 
(any grade, occurring in ≥ 30 percent of patients) included fatigue 
(36.5%) and nausea (36.5%).

Serious events were reported in 14 patients (26.9%) regardless 
of causality, and one patient with disease progression in the 6.0 
mg/kg dose developed respiratory failure, Grade 5. However, after 
evaluation by an independent adjudication committee, the case 
was determined not to be interstitial lung disease (ILD). 

Since data cut-off, four potential cases of ILD have been report-
ed and are pending adjudication, including Grade 2 pneumonitis 
and organizing pneumonia, Daiichi disclosed. 

“There is a need for new treatment options to help patients with 
advanced non-small cell lung cancer that continues to progress on 
standard therapies, and these findings with DS-1062 in heavily pre-
treated patients are encouraging,” study investigator Rebecca Heist 
of Massachusetts General Hospital’s Cancer Center commented. 

Daiichi’s DXd platform allows flexible tailoring of the 
drug:antibody ratio, and in the case of DS-1062 this is 4:1, which the 
company said was based on preclinical research into the construct 
necessary for safety and efficacy in TROP2-expressing tumors. 

No TROP2-targeting therapy has been approved, but others in 
late-stage development include Immunomedics Inc.’s ADC sacititu-
zumab govitecan. However, this received a US Complete Response 
Letter in January for its lead indication of third-line and later triple-
negative breast cancer.             Published online 13 September 2019

Sanofi India Aligns Manufacturing, Sheds Site To Zentiva
ANJU GHANGURDE anju.ghangurde@informa.com

Sanofi is divesting a core Indian man-
ufacturing facility to Zentiva BV for 
about INR2.61bn ($36.5m), as the 

French group aligns towards a broader 
strategic thrust that includes making its 
own branded products.

Sanofi India Ltd, a locally listed subsid-
iary of the French multinational, said that 
it was making a slump sale and transfer 
of the Ankleshwar site in the western 
Indian state of Gujarat to Zentiva and its 
legal entity in India, Zentiva Private Lim-
ited, subject to customary working capi-
tal adjustments. 

All Sanofi employees at the Ankleshwar 
facility, estimated at nearly 600, will move 
to Zentiva on “terms that are not less fa-
vorable than their current terms,” Sanofi 
told Scrip. The plant sale transaction re-
mains subject to the approval of share-
holders and the completion of certain 
conditions as defined under the business 
transfer agreement.

IMPROVE ASSET  
EFFICIENCY RATIOS
The deal is in line with Sanofi’s long-term 
strategy to focus on manufacturing its 
own branded products and comes against 
the backdrop of the divestment of Zentiva, 
Sanofi’s European generics business, inter-
nationally to private equity group Advent 
International last year. (Also see “Sanofi 
Finalizes Zentiva Sale With Focus Back On 
Turnaround” - Scrip, 28 Jun, 2018.) Zentiva 
thereafter continued to source products 
from Sanofi India for its generics business 

following a five-year supply agreement, 
ending in 2023. 

Zentiva, however, made an offer to ac-
quire the Ankleshwar facility and Sanofi 
India decided to explore the opportunity 
“as it was in line with its broader strategic 
direction”. The French multinational’s Indi-
an arm saw the offer as an opportunity to 
address the “excess and unutilized” manu-
facturing capacity that it may be left with 
at the end of the supply agreement. 

A deal would also support the “fo-
cus on manufacturing Sanofi branded 
products” rather than manufacturing 
for third parties, and is expected to 
“improve asset efficiency ratios,” Sanofi 
India said in a filing with the Bombay 
Stock Exchange.

Sanofi declined to comment on wheth-
er bulk of the manufacturing at Anklesh-
war comprised Zentiva’s products or the 
overall capacity deployed for Sanofi’s own 
brands. “Zentiva is an important customer 

for products made at Ankleshwar. We can-
not comment on specific products,” the 
company told Scrip. 

Production of Sanofi’s “iconic” 
brands like Combiflam (ibuprofen plus 
paracetamol), Allegra (fexofenadine) and 
Amaryl (glimepiride) will now be shifted 
to the firm’s site in Goa and certain exter-
nal manufacturing facilities as well, while 
most Zentiva export products that were 
manufactured at the Goa facility will be 
transferred to the Ankleshwar site. 

Sanofi India said that it has made nec-
essary arrangements to handle this tran-
sition in “a secure manner” to ensure that 
there is no business disruption in supplies 
of products which have not been divested. 

SITE A SIGNIFICANT 
CONTRIBUTOR TO REVENUES
Established in 1987, the Ankleshwar site 
has a chemistry and biotechnology de-
velopment center, and manufactures 

Sanofi’s Long Term Strategy Is To Focus On Manufacturing Own Brands
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Xeris Joins Lilly On Market With Approval  
Of Easier-To-Use Glucagon 
JOSEPH HAAS joseph.haas@informa.com

Xeris Pharmaceuticals Inc. obtained US Food and Drug Ad-
ministration approval of Gvoke, its ready-to-use liquid glu-
cagon for emergency cases of hypoglycemia in diabetes 

patients, on 10 September, getting the okay roughly six weeks 
after Eli Lilly & Co.’s nasal powder product Baqsimi was approved 
as the first non-injectable glucagon.

Xeris CEO Paul Edick said on a same-day investor call that Gvoke 
would be priced at par with Lilly’s product, which carries whole-
sale acquisition costs of $280.80 for a single-pack product and 
$561.60 for a two-pack.  (Also see “Keeping Track: US FDA Clears 
Two More Biosimilars, First Non-Injectable Glucagon” - Pink Sheet, 
28 Jul, 2019.) Xeris will price its 0.5 mg version for pediatric pa-
tients and its 1 mg version for adults the same, and offer one- and 
two-pack products. 

The company initially will offer a prefilled syringe version, called 
Gvoke PFS, which Edick said could be available at pharmacies in 
November. It is working with a contractor to develop an auto-
injector to be named Gvoke HypoPen, which is expected to be 
available in 2020. Xeris began the process of developing Gvoke as-
suming most patients would want the auto-injector version, but 
now thinks the market split will be close to 50/50, the CEO said.

Xeris sees an underserved market for its product, with Edick point-
ing out that of 5.6m diabetes patients in the US, only 660,000 fill a 
prescription annually for a glucagon kit. Kits available prior to the 
approval of Lilly’s Baqsimi involve complicated steps to get ready for 
administration, turning a powder into a liquid for injection. That has 
proven challenging for non-clinicians in emergency situations, he 
added, calling the existing kits “virtually impossible” to use correctly.

“Our market research shows that there is a strong demand for 
our prefilled syringe, specifically for people who don’t want to 
rely on a device and want the certainty of seeing an injection take 
place,” the exec said. “The HypoPen auto-injector will take longer 
to manufacture; our auto-injector supplier will immediately ramp 
up all needed activities for commercial manufacturing and capac-
ity to meet our anticipated market demand.”

Jefferies analyst David Steinberg predicted in a 10 September 
note that Gvoke could attain more than $300m in peak annual 
sales. With two formats, Gvoke “could help expand this under-
treated market as it significantly improves on Lilly’s cumbersome-
to-use (12 steps) glucagon kits,” he said.

The US FDA approval came on the action date of 10 September, 
although that date was pushed back three months in June. The 
agency attributed the delay to its need to review a “recent submis-
sion in response to an information request,” which reportedly was 
related to chemistry, manufacturing and controls (CMC) issues.  
(Also see “ Keeping Track: Approvals For Polivy, Keytruda, FDA Ap-
plause For Biosimilars” - Pink Sheet, 14 Jun, 2019.)

The approval is based on three Phase III clinical trials in adult 
and pediatric patients with type 1 diabetes, which showed 100% 
treatment success in children and 99% success in adults. Usability 
research testing prototypes of both versions of Gvoke demon-
strated nearly 100% success rates in administering the medication 
following a two-step process, Xeris noted.

SECOND-TO-MARKET HAS ADVANTAGES
Edick said on the company’s call that Lilly’s relatively brief first-to-
market advantage could play to Xeris’ favor, as the larger company 
will be doing a lot of the work required for creating awareness of 
more convenient glucagon kits and the need for them.

“We always thought being second would to some degree be 
advantageous, because we would see what [Lilly does] and most 
everything they’ve done is pretty much what we thought they 
would do,” he said. “They priced right where we thought they 
would, their approach to access and reimbursement is pretty 
much what we thought it would be, their activity in the market-
place is what we had anticipated, and that gives us great confi-
dence that we’re going to be very competitive.”

A 60-person commercial team is being assembled, he added, 
noting that sales reps were offered positions contingent on the 
product’s approval and those personnel should be joining the 

COMPANIES/US APPROVAL

both intermediates and pharmaceutical 
formulations; it makes over six billion 
tablets annually.

The facility has been a key contribu-
tor to Sanofi India’s revenues and post 
the deal, the French multinational antici-
pates a significant hit over the next four 
years, though it is working on plans to 
buffer the impact.

For the financial year ended December 
2018, the Ankleshwar site accounted for 
INR8.73bn in revenues - 34% of the firm’s 
total revenues including INR6.22bn 

of domestic sales that the company 
claimed “will not be impacted.” The site 
also contributed about INR2.94bn to 
net worth (13% of total net worth of the 
company), Sanofi India’s filing with the 
stock market added. 

Post the manufacturing transition, 
Sanofi India estimates an average annual 
revenue loss of about INR4.70bn over the 
next four years (the balance of five-year 
supply agreement for supplies  to Zentiva), 
but said that it hopes to mitigate the loss 
of profit in due course through a “renewed 

focus on its core activities and brands.”
“We will continue to build our brands in 

key therapeutic areas of focus and reach 
larger number of patients,” Sanofi told 
Scrip, but provided no specifics.

Sanofi India was ranked 20th on the In-
dian market as per Total Sales Audit, mov-
ing annual total (MAT) December 2018 
data from IQVIA, with four products - Lan-
tus (insulin glargine), Combiflam, Amaryl 
M and Allegra - featuring among the top 
100 pharmaceutical brands in India.  

Published online 13 September 2019
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company in the next few weeks. As important, however, will be 
efforts to interact with the payer community, Edick said.

“Our market access team has been in place for a few months now 
and we are positioned to make rapid progress with the various for-
mulary processes now that we are approved,” he said. “Although it 
takes time to get coverage on managed care formularies, we are 
confident we can work through this process for the balance of this 
year and into the first quarter of next year. In addition, we will launch 
a co-pay assistance program for people with commercial insurance.”

Jefferies’ Steinberg said both “a strong social media strategy and 
plans for buying down co-pays on commercial plans” will be cru-
cial tenets of Xeris’s early launch strategy. Edick said the company 
plans a direct-to-consumer advertising campaign for Gvoke, as 
well as other direct-to-patient efforts.

Xeris expects its and Lilly’s product to gain traction quickly. “The 
kit that is available or has been available is just too difficult and 
too scary,” Edick asserted. “We anticipate that people will go to 
the new formats relatively quickly. We anticipate that there will be 
conversion from the current kit, there will be patients who’ve nev-

er had a kit who come into the market, and I think physicians will 
prescribe for a broader subset of their patient population given 
the easier nature that these devices provide.”

Behind Lilly and Xeris, Zealand Pharma AS has been develop-
ing its own product, dasiglucagon, also to be delivered by a pro-
prietary auto-injector device, but it is thought to be as much as 
two years away from reaching the market. Edick predicted Lilly 
and Xeris together will have set the market by then, with the third 
entrant left to try to take market share from the other two firms.

Xeris also announced a revision to its existing credit facility 
with Oxford SVB; the tranched financing increased from $45m to 
$85m while the interest rate was lowered by 50 basis points on 
the approval news. Previously, Xeris grossed $98.3m from an ini-
tial public offering in 2018.  (Also see “Finance Watch: Is The IPO 
Boom Making Anyone Nervous Yet?” - Scrip, 27 Jun, 2018.) It added 
another $58.8 million in a follow-on offering in February.  (Also see 
“Finance Watch: Anchiano, TCR2, Hoth And Stealth Make Seven US 
Biopharma IPOs For 2019” - Scrip, 25 Feb, 2019.)  

Published online 11 September 2019

Novartis Makes Mayzent Case With More MS Data
KEVIN GROGAN kevin.grogan@informa.com

Novartis AG has presented data on 
Mayzent which it hopes will help 
the newly approved multiple scle-

rosis drug become a key driver of the com-
pany’s neurology franchise. 

The Swiss group has unveiled data 
from additional post hoc analyses at the 
European Committee for Treatment and 
Research in Multiple Sclerosis (ECTRIMS) 
meeting in Stockholm from the Phase III 
EXPAND trial. The latter formed the ba-
sis of the US Food and Drug Administra-
tion’s approval of Mayzent (siponimod) in 
March, making it the first oral treatment 
specifically indicated for active secondary 
progressive MS (SPMS).

Novartis said that the analyses built 
on the existing clinical evidence “that 
Mayzent has a significant impact on phys-
ical and cognitive abilities of patients liv-
ing with SPMS.” It highlighted data which 
showed that the drug, which selectively 
binds to the S1P1 and S1P5 receptors, 
could delay median time to a score of 7.0 
on the expanded disability status scale 
(EDSS) - the mark at which wheelchair-
dependence is reached - by an average of 
4.3 years versus placebo.

Further EXPAND analyses demonstrat-
ed Mayzent significantly reduced grey 
matter volume loss at one and two years, 
a key driver of disability progression and 

cognitive decline in patients with SPMS. 
Novartis also cited additional preclinical 
data which show the drug may have re-
myelination properties, “which support 
the regeneration of damaged myelin in 
the central nervous system, potentially 
preventing further neurodegeneration.”

Global program head Norman Putzki 
said, “Delaying disability progression and 
slowing declining cognitive function can 
mean maintaining independence for 
longer and matters a lot to people living 
with MS and physicians. We are excited 
that these data once again underline the 
true value of Mayzent, the first and only 
oral treatment proven to slow disease 
progression in SPMS.” He added that the 
drug, which crosses the blood brain bar-
rier, “tackles smoldering inflammation at 
the source.”

Mayzent, an improved version of No-
vartis’ older relapsing-remitting MS block-
buster Gilenya (fingolimod), is key to No-
vartis’s ambitions for growth in the space. 
The latter is the company’s second biggest 
earner, with second quarter sales coming 
in at $825m, down 2%, and while generic 
competition in the US is being held off for 
the moment for Gilenya, it is possible that 
the next couple of years could see the first 
copycat versions hit the market.

No Q2 sales figures were given for 

Mayzent and while analysts are expecting 
it to be a blockbuster, Novartis has said 
that the company’s focus will initially be 
on educating physicians about SPMS and 
identifying eligible patients using digital 
tools. Novartis was keen to get Mayzent 
on the market quickly, however, and used 
a priority review voucher to shorten the 
FDA’s evaluation; it is currently under re-
view in Europe.

PONESIMOD BEATS AUBAGIO
Some competition to Mayzent and Gile-
nya could be coming in the next year or 
two in the shape of Johnson & Johnson’s 
oral S1P receptor modulator ponesimod. 
At ECTRIMS, data from the head-to-head 
Phase III OPTIMUM study were presented 
showing that the drug achieved a signifi-
cant 30.5% reduction in the annualized 
relapse rate (ARR) compared with Sanofi’s 
Aubagio (teriflunomide) in patients with 
relapsing MS.

Some secondary endpoints were also 
reached with ponesimod bettering Auba-
gio (which some analysts have declared is 
not the strongest comparator) in terms of 
reducing fatigue scores, while a 56% reduc-
tion in the number of combined unique ac-
tive lesions was observed with ponesimod 
compared with the Sanofi drug. The data 
from OPTIMUM will serve as the basis for 
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regulatory submissions to the FDA and Eu-
ropean Medicines Agency for ponesimod, 
acquired as part of J&J’s $30bn acquisition 
of Actelion Pharmaceuticals Ltd. in 2017.

Closer to reaching the market is Cel-
gene Corp.’s S1P receptor modulator oza-
nimod. Regulatory decisions are expected 
on both sides of the Atlantic next year.

OFATUMUMAB DATA
Aubagio is also the comparator in the AS-
CLEPIOS I and II studies for Novartis’s other 
great hope in MS, ofatumumab. The com-
pany and partner Genmab AS released 
headline results from the trials recently, 
showing that the drug had met the pri-

mary endpoints in producing significant 
and clinically meaningful reduction in ARR 
compared with Aubagio; the full results 
will be presented as a late-breaker study 
at ECTRIMS tomorrow (13 September).

Ahead of the ASCLEPIOS presentations, 
analysts at Deutsche Bank issued an in-
vestor note saying that “competitive data 
could crystallize a blockbuster opportu-
nity and allow the company to defend/
grow its MS franchise ahead of launches of 
Gilenya generics, possible from the early 
2020s.” This could also provide a competi-
tive risk to Roche’s blockbuster Ocrevus 
(ocrelizumab) which, like ofatumumab, is 
an anti-CD20 monoclonal antibody and 

has become a huge seller.
The broker wrote that cross-trial com-

parisons to Ocrevus are expected to be 
the focus for investors “and we believe 
data will need to look competitive given 
ofatumumab’s otherwise modest differ-
entiation, in our view.” Novartis believes 
ofatumumab, has an advantage as a pa-
tient-convenient therapy that can be self-
administered once monthly at home.

Ofatumumab was previously marketed 
as an intravenous infusion, Arzerra, in 
cancer indications, but struggled to gain 
traction; it was withdrawn from non-US 
markets in January 2018.  

Published online 12 September 2019

Roche Mounts NMOSD Challenge To Alexion’s Soliris
ANDREW MCCONAGHIE andrew.mcconaghie@informa.com

Alexion Pharmaceuticals Inc.’s Soliris 
recently became the first product 
to gain US and EU approvals for the 

rare disease neuromyelitis optica spectrum 
disorder (NMOSD), but Roche and Viela Bio 
Inc. are hot on its heels with competitors.

Both challengers presented data at this 
week’s European Committee for Treat-
ment and Research in Multiple Sclerosis 
(ECTRIMS) meeting taking place in Stock-
holm, Sweden.

Roche presented pivotal Phase III results 
for satralizumab, an interleukin-6 (IL-6) 
receptor, which showed the drug was ef-
fective in reducing the risk of relapse in the 
disease, which can lead to blindness, debil-
itating motor dysfunction and even death.

While the SAkuraStar study failed to 
beat the efficacy results achieved by the 
terminal complement inhibitor Soliris in 
its pivotal trial, the data look good enough 
to keep satralizumab in contention, par-
ticularly given its other advantages.

The drug’s chances will be boosted 
by the fact that it will target a broader 
NMOSD population, and has an easier ad-
ministration schedule, being given once 
every four weeks by subcutaneous injec-
tion, rather than the infusions required 
every two weeks for Soliris.

There are an estimated 10,000 people 
with NMOSD in Europe, 15,000 people in 
the US and up to hundreds of thousands 
of people with the condition worldwide. 
NMOSD is most common among non-

Caucasian women in their 30s and 40s 
and is often misdiagnosed as multiple 
sclerosis (MS).

Roche will be looking to use its pres-
ence in MS – led by its rising star Ocre-
vus (ocrelizumab) – to correctly identify 
patients early and steer them towards its 
treatment, once approved.

That means it could give Alexion a run 
for its money, with both drugs expected 
to reach around $300m in annual rev-
enues from NMOSD within five years. 
However, Alexion is also lining up its next-
generation follow-up to Soliris, Ultomiris 
(ravulizumab), for a license in NMOSD.

Soliris still looks to have the edge on 
Roche’s challenger, thanks to impressive 
results from its PREVENT trial, which show 
a 94% reduction in risk of a relapse in pa-
tients who are AQP4-IgG seropositive.

AQP4-IgG are pathogenic antibod-
ies that target and damage astrocyte 
cells, resulting in inflammatory lesions 
of the optic nerve(s), spinal cord and 
brain. Around two thirds of patients 
are AQP4-IgG seropositive (and tend to 
have more severe disease) but Roche’s 
new results from the SAkuraStar stud-
ied the drug in both seropositive and 
seronegative patients.

In the overall satralizumab-treated 
population, 76.1% were relapse-free at 48 
weeks, and 72.1% relapse-free at 96 weeks, 
compared with 61.9% and 51.2% with pla-
cebo, respectively. Data from the AQP4-IgG 

seropositive subgroup showed that 82.9% 
were relapse-free at 48 weeks and 76.5% 
relapse-free at 96 weeks when treated with 
satralizumab, compared with 55.4% and 
41.1% with placebo, respectively.

For Roche, satralizumab is part of a 
broader expansion in neuroscience, 
where MS drug Ocrevus is opening up a 
multi-billion dollar franchise.

Hideki Garren, Roche’s global head of 
multiple sclerosis and neuroimmunology, 
commented: “We’re applying our exper-
tise and understanding of MS to help ad-
dress the misdiagnosis of NMOSD and the 
urgent need for approved treatment op-
tions – and hopefully, bring satralizumab 
to patients as soon as possible.”

Roche has plans to file the drug, hop-
ing for fast-track appraisals after having 
gained an FDA breakthrough therapy 
designation in December 2017 and an 
European Medicines Agency accelerated 
assessment in July 2018.

US-based Viela Bio, which has just filed 
its CD19-targeting antibody inebilizumab 
with the US Food and Drug Administra-
tion, has presented long-term results from 
an open-label extension study.

This showed the drug reduced the risk 
of relapse by 77% in AQP4-IgG seroposi-
tive patients and 73% in the total treated 
population. This, combined with its twice-
yearly intravenous infusion dosing should 
also make it a contender.  

Published online 12 September 2019 
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Lundbeck CEO: Alder Buy Will Boost Pipeline
STEN STOVALL sten.stovall@informa.com

By agreeing to buy US-based Al-
der BioPharmaceuticals Inc. in 
a cash transaction worth up to 

$1.95bn, Lundbeck Inc. has taken a big 
step in rebuilding its portfolio pipeline. 
More M&A activity is likely to follow in 
future, the Danish mid-cap CNS player’s 
CEO told Scrip in an interview.

Lundbeck will buy Alder BioPharma-
ceuticals for $18 per share in cash, a 
price representing a 79% premium to 
the Alder stock’s previous close on 13 
September, along with one non-trade-
able Contingent Value Right (CVR) for 
$2 per share upon approval of Alder’s 
experimental migraine therapy eptin-
ezumab by the EU’s European Medicines 
Agency, for a total transaction value of 
up to $1.95bn. 

Eptinezumab, an investigational mono-
clonal antibody (mAb) for migraine pre-
vention targeting the calcitonin gene-re-
lated peptide (CGRP), has a PDUFA action 
date of 21 February 2020. If approved, 
eptinezumab will be the first-to-market 
intravenous CGRP therapy for migraine 
prevention in the US, Lundbeck’s CEO 
Deborah Dunsire said in an interview.

She noted that CGRP has been explored 
as a target for migraine since the 1980s, 
and that has given abundant evidence 
demonstrating CGRP’s role in driving mi-
graine attacks.

“We now know that blocking CGRP’s 
activity provides effective preventive 
treatment. With the launch of the CGRP in-
hibitors in the past year, along with the ex-
pected launch of eptinezumab and possi-
bly other molecules in the coming years, 
the market is expected to reach more than 
$7bn by 2027,” Dunsire said. 

CEO SEES NO NICHE ROLE
Some analysts think Alder’s eptinezumab 
will likely only end up with a niche market 
share, given that it will be the fourth anti-
CGRP to market and that it has the less 
convenient IV administration.

Analysts at Jefferies in a 16 September 
reaction note said those points pose chal-
lenges that would see eptinezumab “likely 
primarily reserved for patients failing oth-

er CGRP treatments, or perhaps as use in 
emergency rooms.”

That assessment was rejected by Lund-
beck’s CEO, however.

“Patients want their migraines stopped 
and they want it stopped fast, and this 
drug can deliver on that,” she said. 

Alder has planned eptinezumab’s regu-
latory pathway around two successful 
Phase III trials. PROMISE 1 was conducted 
in episodic migraine patients, having be-
tween 4 to 14 migraine days per month. 
The second, PROMISE 2, sought to pre-
vent migraine in people with more severe 
disease, chronic migraine, and included 
people experiencing 15 or more migraine 
attacks per month. 

In both trials, eptinezumab demon-
strated a significant ability to prevent 
migraine by 24 hours. Efficacy was 
maintained throughout the period be-
tween doses. Eptinezumab also showed 
itself to be well-tolerated in both stud-
ies, Dunsire said.

“Eptinezumab has a very distinct profile. 
It is administered via IV on a three-monthly 
schedule which coincides with severe mi-
graine patients seeing their migraine spe-
cialists every three months. So it fits right 
into the tables of where they will already 

be. Also, the IV gives an immediate 100% 
bioavailability which gives the very deep 
profile that we saw in Alder’s pivotal trials, 
Promise 1 and Promise 2,” Dunsire told Scrip. 

The CEO therefore does not expect ep-
tinezumab to be confined to a niche area.

“The profile that we see in the PROMISE 
1 and 2 trials are a very deep response, 
with more than 60% of patients achiev-
ing a 50% or greater response and with 
up to 20% achieving 100% – meaning 
no migraine days for three months. And 
it happens fast; within the day that the 
treatment is administered there is a 50% 
reduction in the number of people experi-
encing migraine. And that is sustained for 
three months. And that is the profile that 
is not matched within the current thera-
pies,” Dunsire said.

Lundbeck intends to develop and launch 
eptinezumab worldwide on its own. 

“We are specialists who have great 
relationships with neurologists and psy-
chiatrists and that’s what we’ll be build-
ing on. It allows us to use a relatively 
circumscribed field force that addresses 
these specialists and allows us to do this 
ourselves in the US and the other markets 
around the world.”

$1.95bn cash acquisition of Alder sees Lundbeck gain 
eptinezumab to treat migraines.

TURN TO PAGE 23
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Results

ValiRx Plc VAL201 Prostate Cancer Encouraging 
Results 0 10

Phase IIa 
Top-Line 
Results

Cassava Sciences, 
Inc. PTI-125 Alzheimer's Disease Encouraging Results 0 17

Phase IIa 
Top-Line 
Results

Oryzon Genomics S.A. iadademstat Small Cell Lung
Cancer 

CLEPSIDRA; Signs 
Of E�cacy 0 10

Phase II 
Top-Line 
Results

ADC Therapeutics SA ADCT-402 Diffuse Large B-Cell 
Lymphoma  

201; Encouraging 
Results 2 12

Phase II 
Top-Line 
Results

P�zer Inc.
PF-06482077 
20-valent 
vaccine

Pneumococcal 
Infections

Healthy Infants; 
Positive Results 0 61

Phase II 
Top-Line 
Results

MicuRx 
Pharmaceuticals, Inc.

contezolid 
acefosamil

Skin and Skin-
Structure Infections 

MRX4-201; 
Positive Results 0 27

Phase II 
Top-Line 
Results

Neurotrope, Inc. Bryostatin-1 Alzheimer's Disease Missed Primary
Endpoint 0 7

Phase II 
Top-Line 
Results

Axon Neuroscience 
GmbH

AADvac1, 
vaccine Alzheimer's Disease ADAMANT; Positive

Results 0 18

Phase I/II 
Top-Line 
Results

ADC Therapeutics SA ADCT-602 Acute Lymphoblastic 
Leukemia 

Clinical 
Responses 0 10

Phase IIb 
Trial 
Initiation

SpringWorks 
Therapeutics, Inc. mirdametinib Neuro�bromatosis ReNeu; Adult, 

Pediatric Patients 0 17

Phase I/II 
Trial 
Initiation

GT Biopharma Inc. GTB-3550
Myelodysplastic 
Syndrome, AML, 
Mastocytosis

A Tri-Speci�c NK 
Cell Engager 10 10

Phase II 
Trial 
Initiation

ADC 
Therapeutics/Genmab ADCT-301 Hodgkin's Lymphoma In Refractory, 

Relapsed Patients 4 10

Phase II 
Trial 
Initiation

Alector, Inc. AL-001 Frontotemporal 
Dementia

INFRONT; In FTD-
GRN Patients 7 17

Phase II 
Trial 
Initiation

Merck KGaA tepotinib Non-Small Cell Lung 
Cancer 

INSIGHT 2; Plus 
osimertinib 0 16

Event 
Stage

Lead 
Company/Partner Drug Name Indication Comments

Change 
To LOA 
(%)

LOA 
(%)

Phase III
Search

Phase III 
Updated 
Results

Zosano Pharma 
Corp

Qtrypta 
(zolmitriptan) Migraine

M207-ADAM; 
Effective, Well 
Tolerated

0 57

Phase III 
Updated 
Results

AstraZeneca PLC Im�nzi
(durvalumab)

Small Cell Lung 
Cancer 

CASPIAN; Improved 
Overall Survival

0 39

Phase III 
Updated 
Results

AVEO 
Pharmaceuticals, 
Inc.

tivozanib Renal Cell Cancer TIVO-3; 
Encouraging Data -3 27

Phase III 
Updated 
Results

Johnson & 
Johnson/Idorsia ponesimod Multiple Sclerosis 

OPTIMUM; Met 
Multiple 
Endpoints

0 61

Phase III 
Updated 
Results

Roche Holding AG satralizumab
Neuromyelitis 
Optica Spectrum 
Disorder

SAkuraStar;  
Reduced 
Relapse Risk

0 68

Phase II/III 
Updated 
Results

Ipsen/Servier Onivyde 
(irinotecan)

Small Cell Lung 
Cancer , Second-
Line

RESILIENT; 35

Phase III Top-
Line Results

Acadia 
Pharmaceuticals, 
Inc.

Nuplazid 
(pimavanserin)

Dementia-Related 
Psychosis

HARMONY; Met 
Primary Endpoint

7 60

Phase III Top-
Line Results Tocagen, Inc. Toca 511, 

gene therapy Brain Cancer Toca 5; Missed 
Primary Endpoint

-15 22

Phase III Top-
Line Results

Celgene 
Corporation

CC-486 (oral 
azacitidine)

Acute Myeloid 
Leukemia 

QUAZAR; Met 
Primary Endpoint 0 35

Phase III Trial 
Initiation Merck KGaA evobrutinib Multiple Sclerosis, 

Relapsing

EVOLUTION 
RMS1,2; Pivotal 
Studies

35 52

Phase III Trial 
Initiation

Ovid Therapeutics, 
Inc. gaboxadol Angelman 

Syndrome
NEPTUNE; In 
Children 35 53

Phase III Trial 
Announcement MyoKardia, Inc. mavacamten

Obstructive 
Hypertrophic 
Cardiomyopathy

Septal Reduction 
Therapy 
Alternative

0 53

Event Stage Lead 
Company/Partner Drug Name Indication Comments

Change 
To LOA 
(%)

LOA 
(%)

Approvals
Search

Approval Ardelyx Inc. Ibsrela (tenapanor) Irritable Bowel
Syndrome US With 

Constipation

Approval Taiho/Servier Lonsurf 
(tri�uridine/tipiracil) Colorectal Cancer China In Refractory 

Disease

Approval
Xeris 
Pharmaceuticals, 
Inc.

Gvoke (glucagon) Hypoglycemia US Liquid Formulation

Supplemental 
Approval Roche Holding AG Tecentriq

(atezolizumab)
Small Cell Lung Cancer, 
First-Line EU Combined With 

Chemo

Supplemental 
Approval Taiho/Servier Lonsurf 

(tri�uridine/tipiracil) Gastric Cancer EU Third-Line 
Therapy

Approval for 
sNDA/sBLA

Boehringer 
Ingelheim GmbH Ofev (nintedanib) Systemic Sclerosis-

Associated ILD US Interstitial Lung 
Disease

Supplemental 
Approval Roche Holding AG Tecentriq

(atezolizumab) NSCLC, First-Line EU With Chemo

Approval for 
sNDA/sBLA

Almirall 
Prodesfarma, S.A. Aczone (dapsone) Acne US In Children Aged 

9-11 Years

Approval for 
sNDA/sBLA

GlaxoSmithKline 
plc

Nucala 
(mepolizumab) Eosinophilic Asthma US In Children Aged 

6-11 Years

Event Type Lead 
Company/Partner Drug Name Indication Market Comments

Source = Biomedtracker; LOA = Biomedtracker's opinion on likelihood of approval. Use the scroll bars on the right-hand side
 to move up and down the tables.

Encouraging Results
0

PIPELINE WATCH

Click here for the entire pipeline 
with added commentary: 

http://bit.ly/2mx4jY3

Scrip’s weekly Pipeline Watch tabulates the most recently reported  
late-stage clinical trial and regulatory developments from the more 
than 10,000 drug candidates currently under active research worldwide.

PIPELINE WATCH, 6–12 SEPTEMBER 2019

Source: Biomedtracker | Informa, 2019

http://bit.ly/2mx4jY3
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APPOINTMENTS

Company Move
Search

Mark Sardi Ascendis Health Chief Executive O�cer House of 
Busby

Chief Executive 
O�cer 14-Oct-19

Gary 
Gordon

Ayala 
Pharmaceuticals Chief Medical O�cer AbbVie

Vice President, 
Oncology 
Development

9-Sep-19

Carol L. 
Addy GENFIT Chief Medical O�cer

Health 
Management 
Resources

Chief Medical O�cer 9-Sep-19

Jean-Marc 
Renard MaaT Pharma Chief Business O�cer Sano� 

Pasteur

Vice President, 
Corporate 
Development

10-Sep-19

Amit 
Hasija

Milestone 
Pharmaceuticals 
Inc

Chief Financial O�cer and 
Executive Vice President, 
Corporate Development

Fulcrum 
Therapeutics

Chief Financial 
O�cer and Chief 
Business O�cer

10-Sep-19

Hitto 
Kaufmann

Pieris 
Pharmaceuticals 
Inc

Chief Scienti�c O�cer and 
Senior Vice President Sano� Head, Strategy and 

Operations 3-Sep-19

Andrew 
Parker Step Pharma Chief Executive O�cer and 

Supervisory Board Member
Zealand 
Pharma

Chief Science O�cer 
and Executive Vice 
President

6-Sep-19

Joseph C. 
Larsen

VenatoRx 
Pharmaceuticals 
Inc

Vice President, Strategic 
Portfolio Development

Strategic 
Marketing 
Innovations

Senior Vice 
President, Life 
Sciences

4-Sep-19

Klaus 
Henning 
Jensen

Vifor Pharma 
Ltd Chief Medical O�cer Sano� Global Therapeutic 

Area Head 31-Jan-20

Executive To Company New Role From 
Company Previous Role Effective 

Date

Promotion
Search

Vendela 
Parrow Beactica AB Head, Preclinical Development Scienti�c Advisor 10-Sep-19

Anders 
Mansson RhoVac AB Chief Executive O�cer Deputy Chief Executive O�cer and 

Chief Business O�cer 2-Sep-19

Peter 
Baker

Xellia 
Pharmaceuticals 
ApS

Chief Commercial O�cer, 
Xellia North America

National Accounts Lead, Xellia North 
America 11-Sep-19

Executive To Company New Role Previous Role Effective 
Date

Director
Search

Peter Agre Aeromics Inc Director and Chairman, Science and Technology 
Committee 10-Sep-19

Scott Smith Apexigen Inc Director 4-Sep-19

Maarten de 
Chateau Beactica AB Director 10-Sep-19

Grant Bogle Epizyme Inc Director 4-Sep-19

Victoria Richon Epizyme Inc Director 4-Sep-19

Robert Wilson Insitu Biologics LLC Director 28-Aug-19

Leslie V. Norwalk Neurocrine Biosciences 
Inc Director 11-Sep-19

Brett Zbar Pharvaris BV Director 10-Sep-19

Richard Gaster Pharvaris BV Director 10-Sep-19

Ramy Ibrahim Surface Oncology Director 3-Sep-19

Executive To Company New Role Effective 
Date

Advisor
Search

Ian Landells Devonian Clinical Dermatology Advisory Board 
Member 4-Sep-19

Jaggi Rao Devonian Clinical Dermatology Advisory Board 
Member 4-Sep-19

Jerry Tann Devonian Clinical Dermatology Advisory Board 
Member 4-Sep-19

Sam Hanna Devonian Clinical Dermatology Advisory Board 
Member 4-Sep-19

E. Antonio (Nino) 
Chiocca Immunomic Therapeutics Inc Scienti�c Advisory Board Member 10-Sep-19

Harold Schmitz Provectus Biopharmaceuticals 
Inc Scienti�c Advisory Board Member 11-Sep-19

Executive To Company New Role Effective 
Date

Other
Search

Alan L. Rubino Emisphere 
Technologies Chief Executive O�cer and President 15-Oct-19 Retirement

James Segermark Insitu Biologics llc Chief Executive O�cer, Founder 1-Sep-19 Resignation

Karen Krumeich Soligenix Inc Chief Financial O�cer 6-Sep-19 Resignation

Joel Sendek Spero Therapeutics Chief Financial O�cer 30-Sep-19 Resignation

Geoffroy de 
Ribains Step Pharma Chief Executive O�cer and Co-

Founder 6-Sep-19 Resignation

Dario Eklund Vifor Pharma Ltd Chief Commercial O�cer 30-Sep-19 Resignation

Executive From Company Previous Role Effective 
Date

Move 
Type

The planned purchase is consistent 
with the strategy Dunsire outlined in 
February to expand the Danish group’s 
therapeutic breadth in the range of 
brain diseases it addresses and to re-
build the company’s pipeline through 
both internal discovery and by access-
ing external innovation. In May 2019, 
Lundbeck acquired Abide Therapeutics 
Inc., bringing it a differentiated chemi-
cal proteomic drug discovery as well as a 
US-based research hub.  (Also see “Lund-
beck Boosts US R&D Capability With $400m 
Abide Theraputics Bid” - Scrip, 6 May, 2019.) 

“This acquisition will yield targets for 
many years to come, of course they will be 
much further away from the market, but 
we take a long view.”

“The acquisition of Alder BioPharma-

ceuticals addresses the later stage and not 
only brings in eptinezumab, which has 
the possibility of prevention in chronic mi-
graine, but also in other pain syndromes. 
It also brings in another asset – ALD1910 – 
which is at a much earlier stage.” ALD1910 
is a preclinical monoclonal antibody 
(mAb) designed to inhibit pituitary ade-
nylate cyclase-activating polypeptide (PA-
CAP) for migraine prevention.“We’re filling 
in the pipeline and we continue to do so 
opportunistically across all phases using, 

not only M&A but licensing and partner-
ing also,” Dunsire added.

Analysts said the planned Alder deal 
should give Dunsire and her team some 
relief from shareholders clamoring for 
value creation. 

Dunsire’s response was that “our big-
gest hope is that it will give patients with 
chronic migraine relief. And if we do that, 
then I’m sure that Lundbeck will grow as 
a company.”  

Published online 16 September 2019

Click here for all appointments: https://bit.ly/2oHWRYn Source: Medtrack | Informa, 2019

“Patients want their migraine stopped and they want it 

stopped fast.” – Deborah Dunsire

CONTINUED FROM PAGE 21

scripintelligence.com
https://bit.ly/2oHWRYn
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