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$5bn Galapagos Deal Won’t Be Last 
For Gilead, Says O’Day
ELEANOR MALONE eleanor.malone@informa.com

Gilead Sciences Inc. has agreed a 
new deal worth $5.05bn with 
existing partner Galapagos 

NV which sees the US firm increasing its 
stake in the Belgian biotech, although it 
won’t go above 30% and is still on the 
lookout for additional deals to swell 
its pipeline. Gilead will pay $3.95bn in 
cash upfront, and $1.1bn for an equity 
investment, plus additional milestones 
and royalties.

The deal gives Gilead access to six clini-
cal compounds, including GLPG1690, in 
Phase III for idiopathic pulmonary fibro-
sis (IPF), GLPG1972 in Phase IIb for os-
teoarthritis, and more than 20 preclinical 
programs as well as Galapagos’s drug dis-
covery platform. It also gains an exclusive 

option to develop and commercialize all 
the products outside Europe. 

Analysts at Jefferies forecast GLPG1690 
will achieve worldwide peak annual sales 
of $850m for the IPF indication following 
a launch in 2020; the drug is also in Phase 
II for systemic sclerosis. For GLPG1972, for 
which Phase IIb data is due by the end of 
2020, it foresees potential peak annual 
sales of $3bn; Servier SA has the ex-US 
rights to this compound. 

GLPG1690 inhibits a novel autotaxin 
target, GPR84, and is in a large Phase III 
program consisting of two identical trials, 
ISABELA 1 and ISABELA 2, which are study-
ing the candidate as an add-on to existing 
treatments. It completed a 12-week Phase 
IIa study (FLORA) in just 17 patients: the 

small size and length of the study have 
prompted analysts to be cautious about 
the apparent efficacy and tolerability 
benefits of this treatment versus existing 
drugs until further data are available.

GLPG1972 targets the cartilage-de-
grading enzyme ADAMTS-5, and has 
the potential to become a first-in-class 
disease-modifying treatment for the un-
der-served osteoarthritis market, which 
revolves around painkillers, steroids and 
surgery. The ongoing ROCCELLA Phase 
II study of GLPG1972 completed recruit-
ment of 852 patients with knee osteoar-
thritis faster than expected (in nine rather 
than 14 months); Galapagos holds US 
rights to the compound.

Gilead also gains access to more than 
20 programs in preclinical or Phase I for 
inflammation and fibrosis indications.

The deal “essentially doubles Gilead’s 
research base overnight”, Gilead’s man-
agement pointed out on a conference call 
with analysts.

MORE DEALS COMING
Although substantial, the Galapagos 
agreement does not preclude further 
deal-making for Gilead, which needs to 
bolster its pipeline for a long-term return 
to growth now that the bolus of sales from 
the launch in 2013 and 2014 of its pio-
neering hepatitis C blockbusters Sovaldi 
and Harvoni is on the wane. Daniel O’Day, 
appointed chairman and CEO at the start 
of 2019 after previously heading Roche 
Pharmaceuticals, indicated on the confer-
ence call that the company continued to 
evaluate deals with a focus on oncology 
and inflammation, and had sizeable re-
sources to draw on. 

“Our thesis is that Gilead will gradually 
build an early/mid-stage pipeline that will 
develop to commercial stage (as opposed 
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It’s been an eventful month so far for Gilead Sciences. 
Read about the newly appointed CEO of its acquired but 
standalone Kite cell therapy business on p10-11. Christi 
Shaw joins from Lilly Bio-Medicines, where she helped 
drive up sales of the anti-interleukin 17 psoriasis drug 
Taltz, having in a previous stint at Novartis launched 
the highly successful rival IL-17 inhibitor Cosentyx. Part 
of her new remit will be generating increasingly substan-
tial revenues from Kite’s fledgling CAR-T business. 

Gilead has also just bought into a portfolio of in-
flammation and fibrosis candidates ranging from pre-
clinical to Phase III in an expanded deal with Galapagos 
(see cover story). This follows good news earlier in the 
month on the compound developed under its prior deal 
with Galapagos, filgotinib: the promising JAK inhibitor 

can be filed for US approval this year rather than having 
to wait for the outcome of a toxicity study in 2021, the 
FDA has said. 

Filgotinib is on the roster of drugs to be reviewed next 
year by the US independent drug cost-effectiveness eval-
uation organization ICER. For details of other drugs up 
for analysis, see p7-8. Elsewhere in this issue, we look at 
the hesitancy among companies in adopting real-world 
evidence-based R&D strategies (see p15-16); outline key 
pharma pipeline catalysts to watch for in the third quar-
ter (p17); report on the suspension of the 16th BACE 
inhibitor to founder in the Alzheimer’s disease pipeline, 
leaving just one remaining candidate in the class (p18); 
and consider the White House’s decision to shelve the 
plan to eliminate rebates to tackle high US drug costs.
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GSK Divests China Suzhou Site,  
Antiviral Rights To Fosun
BRIAN YANG brian.yang@informa.com

GlaxoSmithKline PLC has decided to transfer its stake in a 
Suzhou, China manufacturing subsidiary, along with the 
local registration for lamivudine, to a Fosun International 
Ltd. group company, in a deal worth CNY250m ($36m).

According to filings to the Shanghai Stock Exchange, 
where Fosun is listed, the Chinese company’s Chongqing 
Yaoyou Pharmaceutical Co. Ltd subsidiary will obtain the 
holding in GSK Suzhou, along with the Chinese registra-
tion and good manufacturing practice certificates for lami-
vudine, an antiviral used in HIV and chronic hepatitis B and 
marketed in China as Heptodin for the latter use.

GSK Suzhou is one of five manufacturing sites for the 
largest UK-based drug maker in China, the others being lo-
cated in Shanghai, Hangzhou and Tianjin.  The Suzhou site 
has annual revenues of CNY656m and profit of CNY74m.

The reasons for the divestment include GSK’s strategy to 
transfer manufacturing from Suzhou to other sites in Chi-
na, noted Fosun in the regulatory filing. “The main driving 
force is GSK’s reducing its investment [in China manufac-
turing] from $135m to $110m,” the Chinese firm said. The 
move also appears to be driven by heating up competition 
and reduced profitability in general in the country.

Published online 12 July 2019
To read the rest of this story go to: https://bit.ly/2YT5hgb
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HEADLINE NEWS

to risking a commercial/late-stage expen-
sive deal),” commented analysts at Ber-
nstein in a 14 July note. “This deal is very 
much in line with this logic.”

According to Evan Seigerman of Credit 
Suisse in a 14 July reaction note, Gilead 
has the capacity to spend $36.4bn on 
deals through to the end of 2020.

Some analysts favor a strategy of R&D 
partnership rather than outright company 
or asset acquisition by Gilead. Jefferies 
said in a 14 July note: “This is O’Day’s ap-
proach to mirroring other smart and suc-
cessful major partnerships like Roche/
Genentech Inc. and Roche/Chugai Phar-
maceutical Co. Ltd. ,” going on to com-
ment that “it allows continued seamless 
productivity and independence without 
having the disruption of M&A, turnover, 
or loss of internal innovation. Also – in our 
view we like it because essentially, Gilead 
‘gets the milk without having to buy the 
whole cow’ or in other words now has ac-
cess to everything without having to ac-
quire it outright.”

Others are more skeptical. “At first 
glance, while we like the optionality for 
Gilead to expand its pipeline, we would 
have rather seen an outright acquisi-
tion, gaining fully economics to Galapa-
gos’ assets. In our view, this transaction 
is a good start for Gilead, but we need 
to see more deals where the company 
takes full ownership,” commented Cred-
it Suisse’s Seigerman. Furthermore, he 
thought Gilead had overpaid: “We think 
the price paid by Gilead assumes a fuller 
valuation of the additional assets and 
may not adequately discount for the 
clinical risk.”

GALAPAGOS GETS R&D CASH…
For Galapagos, the deal means a sig-
nificant injection of cash to accelerate its 
R&D. It retains control of discovery and 
development of its pipeline to the end of 
Phase II.

As well as the $3.95bn upfront pay-
ment, Gilead will pay $1.1bn to increase 
its stake in Galapagos from about 12.3% 
to 22%, representing a 20% premium on 
Galapagos’s share price over the past 
month. Galapagos will ask its sharehold-
ers to approve warrants allowing Gilead 
to increase its stake as high as 29.9%, 
but this deal is not the precursor to a 

buy-out: Gilead has agreed to a 10-year 
standstill restricting its ability to go any 
higher than that. Gilead will add two 
directors to Galapagos’s board; one of 
them will be O’Day himself, according to 
the Bernstein note.

Among the priorities for investment are 
Galapagos’s Toledo program: the plan is 
to run multiple proof of concept trials for 
compounds in this program in 2020. Tole-
do is a novel and undisclosed target class 
discovered by Galapagos, which it says has 
a dual mode of action, both stimulating 
anti-inflammatory cytokines and inhibit-
ing pro-inflammatory cytokines. It claims 
the class has shown “unprecedented ac-
tivity” in various preclinical inflammatory 
models, with lead compound GLPG3312 
(now in Phase I) having shown promising 
results in three preclinical models, each 
demonstrating a different mechanism of 
inflammatory bowel disease.

…  AND EUROPEAN 
COMMERCIAL SPRINGBOARD
The agreement also gives Galapagos a 
stronger chance to build a European com-
mercial organization, sooner than it might 
otherwise have done.

Its existing partnership with Gilead 
for the hotly touted Phase III JAK inhibi-

tor filgotinib has been restructured so 
that Galapagos gets more say on the 
global commercialization strategy and 
a greater involvement in European 
commercialization. Filgotinib’s pros-
pects were recently boosted by the 
news that it can be filed with the US 
Food and Drug Administration this year 
rather than first awaiting the results of a 
testicular toxicity due in 2021. 

The two firms will co-commercialize the 
drug in the five major European markets 
of France, Italy, Spain, Germany and the 
UK, with Galapagos taking an expanded 
commercial role; it plans to start with a 
40-person European commercial outfit. It 
also has exclusive rights in Belgium, the 
Netherlands and Luxembourg. 

Filgotinib is expected to be filed with 
regulators in the fourth quarter and 
approved first for rheumatoid arthri-
tis in the US and Europe by the end of 
next year and then for other inflamma-
tory conditions.

The revised filgotinib arrangement will 
see Galapagos sharing global develop-
ment costs 50/50 with Gilead, as against 
the prior 80/20 split under which Gilead 
shouldered the majority of the spending.

NEW DEAL MILESTONE DETAILS
Galapagos stands to receive up to 
$1.325bn in milestone payments linked to 
Gilead exercising its option to license the 
two lead compounds and/or their approv-
al. In addition, it could receive additional 
milestones for the licensing of further 
compounds, as well as royalties on sales:
● If GLPG1690 is approved in the US, Gala-

pagos will receive $325m.
● Gilead will pay $250m if it decides to 

license GLPG1972 after the completion 
of the ongoing Phase IIb study in osteo-
arthritis.

● Gilead will pay up to $200m in addition, 
if certain secondary efficacy endpoints 
are met by GLPG1972.

● Gilead will pay up to $550m in regula-
tory and commercial milestones for 
GLPG1972 following opt-in.

● For all other programs, Gilead will make 
a $150m opt-in payment per program 
but owe no further milestones.

● Galapagos will receive tiered royalties of 
20-24% of sales on all products licensed 
by Gilead under this deal.  
Published online 15 July 2019
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Galapagos CEO Interview: Independence Allows Us To 
Keep Innovating
KEVIN GROGAN kevin.grogan@informa.com

W ith the ink barely dry on a $5bn expansion of his com-
pany’s pact with Gilead Sciences Inc., Galapagos NV 
CEO Onno van de Stolpe has told Scrip that the deal 

guarantees the closely watched Belgian biotech’s independence 
for the long term.

Galapagos is banking an impressive $3.95bn upfront and a 
$1.1bn equity investment from Gilead, which has taken the alli-
ance rather than acquisition route to bolster its pipeline. Indeed, if 
the US company had tried to buy Galapagos, it would have been 
shown the door pretty quickly.

Van de Stolpe said that it was to be expected that there would 
be M&A rumors swirling around but stressed that “over the years I 
have been very vocal, this is absolutely non-negotiable, an acqui-
sition is unacceptable and unwanted and apparently that actually 
helps. In the whole 20-year history of Galapagos we have been 
approached about an acquisition only once, by a fellow biotech 
and that was years ago, and never by big pharma.”

However, while management may say there is no chance of 
a sale, shareholders might view things differently, he acknowl-
edged. “If a bid comes on the table, it becomes unstoppable and 
you lose the company,” van de Stolpe said, citing the process that 
saw fellow Belgian biotech Ablynx NV get acquired by Sanofi last 
year. ( (Also see “Mentioned In Despatches: Ablynx’s Story From The 
Frontline Of The Biotech Boom “ - Scrip, 7 Feb, 2019.))

Indeed it was the Ablynx sale that stirred the Galapagos CEO 
into thinking that “it’s my responsibility to make sure that we se-
cure our independence anchors,” and the deal with Gilead serves 
that purpose. “The model is good for us, good for Gilead and good 
for the European biotech sector, this is how deals should be struc-
tured,” he told Scrip. Gilead has upped its stake in Galapagos to 
12.3% to 22% and that can go as high as 29.9% but no more as the 
deal includes a 10-year standstill clause that prevents a buyout.

This enables Galapagos to build out its innovation over that pe-
riod without any external restrictions, van de Stolpe said. “Gilead 
has no say in what disease areas we study, what targets we go 
after, the designs of our Phase II trials, we can go in any direction 
we want unhindered.”

Gilead will have an opt-in for a host of Galapagos compounds 
to go into Phase III “and even if we disagree there, we have the fi-
nal say,” he added. Central to the pact “is the idea of independence 
and innovation. I think that’s great.”

One of Galapagos’s goals will be to accelerate development of 
its Toledo program which went into the clinic at the beginning of 
2019 and has shown “unprecedented activity in various inflam-
matory preclinical models with compounds targeting the class.” 
Toledo is the code name for a novel class discovered by the firm 
which has a dual mode of action, stimulating anti-inflammatory 
cytokines and inhibiting pro-inflammatory cytokines. Van de Stol-
pe said the idea, if everything goes well in Phase I, is to initiate 
seven or eight parallel mid-stage trials next year and “this is the 

Galapagos way: if we think this is something that we should put 
our cards on, we do it big time.”

As well as boosting Galapagos research war chest, and the com-
pany is expected to roughly double the size of its R&D team from 
500 to 1,000 employees, the Gilead cash will accelerate the com-
mercial build-up of the firm in Europe.

When reminded by Scrip about an interview in March this year 
where he said that “if you want to be seen as serious as a com-
pany you need to have a commercialization organization,” van de 
Stolpe chuckled and stressed that “you’ve got to book sales. You 
can live from royalties but investors want to see a company that 
sells. We are giving up quite a bit in the US, but we’ll get some very 
nice royalties and you have got to be realistic, you cannot build up 
a global infrastructure in two or three years so we’ll focus on mak-
ing sure we get the infrastructure right in Europe.” 

The first task will be to prepare for Galapagos and Gilead’s close-
ly watched JAK inhibitor filgotinib for rheumatoid arthritis which 
should be filed in the US this year and Europe in 2020.

The two firms will co-commercialize in France, Italy, Spain, Ger-
many and the UK, with Galapagos sharing global development 
costs 50/50 with Gilead, as against the prior 80/20 split. It is set-
ting up a 40-person European commercial outfit and has exclusive 
rights in Belgium, the Netherlands and Luxembourg.

ANALYSTS IMPRESSED
The response from analysts to the deal has been positive, al-
though Hugo Solvet at Bryan Garnier argued in an investor 
note on 15 July that “the independence of Galapagos will have 
to be nuanced in our view as Daniel O’Day [Gilead CEO] will 
join the board,” along with another Gilead representative. Ana-
lysts at SVB Leerink issued a note saying that “everyone gets 
their cookies,” with Gilead getting an immunology and inflam-
mation pipeline and Galapagos being allowed “to remain in-
dependent as they focus added resources on expanding an 
already world-class discovery platform.”

The broker went on to gush about Galapagos, saying that “our 
value thesis has always been a view of them as a technical pow-
erhouse with heart, rather than on any one asset. Onno and team 
have carefully built Galapagos over two decades, focused intently 
on a ‘science-first’ mindset, and with a passion for standing up 
world class biotechnology in Europe.”

Leerink added that “the pipeline is enthusiastically pursuing dif-
ficult targets in white spaces, building, morphing and leveraging 
their carefully built in-house discovery and chemistry.” Gilead’s 
‘option to buy’ compounds “further validates this thesis,” the ana-
lysts argued, as it shows a desire to “commit to pipeline and sci-
ence, leave the people alone, support infrastructure build-up in 
Europe and elsewhere. Why? Because building an organization is 
exceptionally hard, destroying it disarmingly easy.”  

Published online 15 July 2019
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Pharma’s Big Defeat: US Rebate Proposal Hits The End 
Of The Road
JESSICA MERRILL jessica.merrill@informa.com

T he White House will not move 
forward with a proposed rule to 
eliminate manufacturer rebates, 

delivering a defeat to the industry, which 
had lobbied heavily in favor of the policy 
change. It is the second big proposal from 
the Department of Health and Human 
Services blueprint on drug pricing to go 
up in smoke this month after a federal 
judge struck down the Trump Administra-
tion’s rule requiring the disclosure of drug 
prices in TV ads. 

Unlike with the direct-to-consumer 
(DTC) ad policy, industry advocated in fa-
vor of eliminating rebates, the payments it 
makes to payers off the list price of drugs 
to negotiate placement on drug formular-
ies. Those payments are made directly to 
payers, who say they help to lower insur-
ance premiums, but the big drawback is 
that those payments do not usually make 
their way directly to patients paying for 
drugs at the point of sale. As a result, pa-
tients can end up fronting the full cost of 
those medicines, depending on their in-
surance coverage. 

The Office of Management and Budget 
officially removed the rebate proposal on 
10 July. In a statement, the White House 
said, “Based on careful analysis and thor-
ough consideration, the president has de-
cided to withdraw the rebate rule.” 

“The Trump Administration is encour-
aged by continuing bipartisan conversa-
tions about legislation to reduce outra-
geous drug costs imposed on the American 
people, and President Trump will consider 
using any and all tools to ensure that pre-
scription drug costs will continue to de-
cline,” the White House press office said. 

The rebate proposal released in January 
would have revised the existing anti-kick-
back safe harbor for rebates and replace 
it with a safe harbor that protects upfront 
discounts that are passed through to ben-
eficiaries at the point of sale through a 
new system.  

It was in the final phase of bureau-
cratic review, under evaluation by the 
White House. 

While there was broad support for 
changing the rebate system, which 
shrouds the cost of drugs in a cloak of 
secrecy and doesn’t always benefit the 
patients who buy medicines, critics said 
the proposal would result in higher insur-
ance costs and that it would eliminate the 
biggest tool payers rely on to drive down 
the costs of drugs. Pharmacy benefit man-
agers (PBMs) and insurers were generally 
critical of the proposal. 

Drug companies, on the other hand, 
have been pushing the rebate story for 
close to two years, trying to convince leg-
islators and the public that increased list 
prices have largely been offset by higher 
rebates, and eliminating rebates or giving 
them directly to consumers would help to 
alleviate the problem. 

When seven big pharma leaders testi-
fied before the Senate Finance Commit-
tee on drug pricing in February, rebate 
reform was one of the policy initiatives 
the CEOs said would help lower drug 
spending.  (Also see “Big Pharma Defuses 
Drug Pricing Landmines On Capitol Hill “ - 
Scrip, 26 Feb, 2019.)

PHRMA SPEAKS FOR PHARMA
The Pharmaceutical Research and 
Manufacturers of America (PhRMA) 
said in a statement, “Of all the policies 
proposed in Washington right now, 
this was the only proposal that would 
provide immediate savings at the 
pharmacy counter, instead of only sav-
ing the government or insurance com-
panies money. It is disappointing that 
despite support from policymakers on 
both sides of the aisle and from a wide 
array of consumer, patient, pharmacist 
and provider groups that they have de-
cided to backtrack.” 

Drug companies reached for comment 
widely pointed to PhRMA’s statement and 
avoided giving any individual reaction. 

Across the health care spectrum, there 
were concerns about upending a system 
by the 1 January 2020 deadline without a 
careful transition. 

The implementation of a sweeping re-
bate change seemed almost inevitable 
until it suddenly seemed highly unlikely 
in May. That was when the Congressio-
nal Budget Office estimated the proposal 
would increase federal spending on Medi-
care Part D by about $170bn from 2020 
to 2029 and would raise federal spending 
on Medicaid by $7bn.  (Also see “One More 
Score: CBO Projects HHS Rebate Proposal 
Would Boost Part D Spending $170bn” - 
Pink Sheet, 2 May, 2019.)

Owning a policy that substantially 
increased federal spending, especially 
should it turn out to deliver a financial 
windfall to big pharma, was considered 
unpopular heading into the 2020 elec-
tion cycle. 

Pharmaco-economic specialist Peter 
Bach, director of the Center for Health 
Policy and Outcomes at the Memorial 
Sloan Kettering Cancer Center, has ad-
vocated in favor of reforming the rebate 
system but nonetheless had concerns 
with HHS’ proposal. 

“It was not good policy in isolation as it 
removed a source of leverage from PBMs 
that helped to hold down net prices,” he 
said after the proposal was revoked. “I am 
not a fan of rebates that are not passed 
through at the point of sale, but dumping 
them and not replacing them with anoth-
er mechanism to hold prices down would 
have led to a huge transfer from taxpayers 
to pharma.” 

HHS Secretary Alex Azar – a former 
pharmaceutical executive – had strong-
ly pushed for the proposal as a corner-
stone of his plan to reduce drug prices. 
White House Domestic Policy Council 
director Joe Grogan was seen as an op-
ponent, with the price tag being a key 
worry.  (Also see “For All The Palace In-
trigue, Rebate Rule, IPI Go To OMB For Re-
view” - Pink Sheet, 25 Jun, 2019.)

WHAT COMES NEXT?
It’s unlikely the decision by the White 
House will end debate over rebate reform 
altogether. 

mailto:jessica.merrill@informa.com
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“I don’t see this as the end of the discus-
sion of how to ensure that patients benefit 
from the rebates earned on the drugs they 
are taking,” Rock Creek Policy Principal Ian 
Spatz said. “The issue will now likely be-
come intertwined with larger reforms of 
patient cost sharing in Part D.” 

While the proposed rule would have 
impacted drugs reimbursed under fed-
eral programs, many stakeholders said 
they expected changes would eventually 
roll over to the private insurance market. 
Some insurers have recently implemented 
new programs to pass rebates onto the 
point of sale. 

The big question now is if not rebates, 
what?  Many of the policy ideas outlined 
in the Trump Administration’s drug pric-
ing blueprint released in 2018 are far less 
desirable from the perspective of drug 
makers. 

The other key policy under review at 
OMB is an International Pricing Index for 
drugs in Medicare Part B. The proposal, 
which would test a new payment model 
for Part B drugs in which they are reim-
bursed based on prices paid in Europe, Ja-
pan and Canada, is vehemently opposed 
by industry.  (Also see “Medicare’s Foreign 
Price Bench-marking Will Only Hurt Bad 
Negotiators, HHS’s Azar Argues” - Pink 
Sheet, 25 Oct, 2018.) 

Another possibility is movement on a 
proposal around drug importation, even 
more loathsome from industry’s point of 
view.  (Also see “Drug Importation Work-
ing Group Has Been Publicly Invisible As 
Buzz Grows On Proposal “ - Pink Sheet, 7 
Jul, 2019.)

While HHS’ blueprint on drug pricing 
was released a year ago with a lot of fan-
fare and sweeping ideas, little in the way 
of actual policy changes have emerged. 
But the Trump blueprint has certainly kept 
big pharma busy pushing for and against 
a range of ideas on Capitol Hill.  

Published online 11 July 2019
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ICER 2020 Priorities Include  
Drugs For Ulcerative Colitis,  
NASH And Gene Therapies 
JESSICA MERRILL jessica.merrill@informa.com

T he Institute for Clinical and Eco-
nomic Review expects to initiate 
cost-effectiveness analyses for 

drugs in ulcerative colitis, non-alcoholic 
steatohepatitis (NASH) and blood disor-
ders – but it could also change or add to 
the drugs it reviews. 

ICER unveiled its proposed list of top-
ics for review in 2020 on 9 July, though 
the list is preliminary and could change. 
ICER’s agenda generally represents an op-
portunity to take stock of the year ahead, 
highlighting new drugs that are expected 
to launch and dynamic therapeutic areas 
that will be undergoing change. 

The 2020 list calls out 18 drugs specifi-
cally that could be reviewed by ICER, on 
top of a previously announced review 
of three potential new drugs for acute 
migraine. ICER has already released the 
draft scoping documents ahead of a Janu-
ary 2020 public meeting for that review, 
which will include two oral CGRP recep-
tor antagonists, Biohaven Pharmaceutical 
Holding Co. Ltd.’s rimegepant and Aller-
gan PLC’s ubrogepant, as well as Eli Lilly & 
Co.’s 5-HT1f agonist lasmiditan. 

The 2020 agenda includes one class 
review for drugs to treat ulcerative coli-
tis. ICER has been steadily conducting 
class reviews for various inflammatory 
conditions. The value assessment group 
is currently conducting a class update for 
rheumatoid arthritis drugs and did a class 
review for plaque psoriasis drugs last year. 

“We receive frequent requests for full 
therapy class reviews to help stakehold-
ers distinguish between the increasingly 
crowded and overlapping treatments for 
the various inflammatory conditions,” an 
ICER spokesperson said. “But these assess-
ments tend to be very time- and resource-
intensive because of the many interven-
tions and ongoing studies associated with 
each of the indications, and therefore we 
look for opportunities to space them out 
and attach each class review to the launch 
of a new product for that indication.” 

Johnson & Johnson filed an supplemen-
tal biologics licensing application (sBLA) 
for Stelara (ustekinumab) in ulcerative 
colitis with the US Food and Drug Admin-
istration in December based on the re-
sults of two Phase III trials in patients with 
moderately to severely active ulcerative 
colitis. In May, Takeda Pharmaceutical Co. 
Ltd. also filed a BLA for a subcutaneous 
version of Entyvio (vedolizumab), which 
is already approved for UC patients who 
don’t respond to other therapies. Last 
year, Takeda released top-line data from 
a head-to-head trial showing Entyvio was 
superior to AbbVie Inc.’s Humira (adalim-
umab) in achieving clinical remissions.

ICER’s review, if it proceeds, would pre-
sumably also include other therapies ap-
proved for UC, drugs such as J&J’s Remi-
cade (infliximab) and biosimilars and J&J’s 
Simponi (golimumab).

EVALUATING THE FIRST  
NASH DRUGS
Another potential high-profile review by 
ICER would be an assessment of the lead-
ing drugs for NASH, a competitive thera-
peutic area that could see its first drug 
approval in 2020. Several drug makers are 
rushing to be first to market.

Intercept Pharmaceuticals Inc.’s Oca-
liva (obeticholic acid) was the first drug 
to show an improvement in liver fibrosis 
without worsening NASH in a Phase III 
study, and the company has guided inves-
tors it will file the drug with the FDA in the 
third quarter. In addition to Ocaliva, ICER 
also highlighted Allergan’s CCR2/5 an-
tagonist cenicriviroc, which is in Phase III 
development, and CymaBay Therapeutics 
Inc.’s selective PPAR delta agonist seladel-
par, which recently produced disappoint-
ing Phase IIb data.

ICER said it is also tracking other drugs in 
the space, like Genfit SA’s Phase III elafibra-
nor, and the NASH review could include 
any of them, based on how their timing 
aligns with a potential NASH review.

scripintelligence.com
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In other highlights, ICER will be continuing its economic analyses 
of gene therapies with potential reviews of new therapies for beta 
thalassemia and hemophilia A. It has included bluebird bio Inc.’s 
Zynteglo (autologous CD34+ cells encoding βA-T87Q-globin gene) 
for beta thalassemia and BioMarin Pharmaceutical Inc.’s valoctoco-
gene roxaparvovec for hemophilia A on the proposed list. 

Neither therapy has been approved yet in the US, although Zyn-
teglo was approved this year in Europe, where bluebird set a price 
of €1.575m (about $1.77m) over five years, €315,000 annually.  
BioMarin is hoping to launch its first gene therapy for hemophilia 
A in late 2020 based on interim results of an ongoing Phase III trial.  

ICER’s review of Novartis’ first gene therapy Zolgensma (onase-
mnogene abeparvovec-xioi) for spinal muscular atrophy got a lot 
of attention this year, particularly after the gene therapy was ap-
proved by the FDA in May and launched at a price of $2.1m. The 
cost effectiveness of one-time gene therapies with multi-million 
dollar price tags and limited long-term data poses a big issue for 
the industry. 

ICER amended its estimate of pricing that would be within a US 
cost-effectiveness threshold of $100,000-$150,000 per quality-
adjusted life year (QALY) for Zolgensma to say a price of $1.1m 
to $2.1m would be appropriate, based on the FDA approval for 
presymptomatic population. (Editor’s note: this story was updated 
to reflect a price range of $1.1m to $2.1m after incorrectly stating 
the range was $1.1m to $1.9m). 

Other notable drugs that could come under scrutiny by ICER 
next year include: AstraZeneca PLC/Daiichi Sankyo Co. Ltd.’s 
trastuzumab deruxtecan, an antibody-drug conjugate that has 
shown improvements in refractory HER2-positive breast cancer 
patients; Novartis’ brolucizumab for wet age-related macular de-
generation; Celgene’s ozanimod for multiple sclerosis; potential 
new drugs for sickle cell disease and more (see table).

Of the 18 proposed drugs included on ICER’s 2019 agenda, the 
nonprofit launched assessments on nine of the drugs. There were 
several changes to the lineup. ICER terminated an assessment of 
Novartis’ canakinumab, for example, after FDA issued a complete 
response letter, and development/regulatory delays pushed back 
some drugs on the 2019 list to 2020, including brolucizumab and 
ozanimod. ICER also added assessments for conditions that did not 
appear on the preview list, including Duchenne muscular dystro-
phy, chronic migraine, opioid use disorder, cardiovascular disease 
and type 2 diabetes. For example, in April ICER announced it would 
assess Novo Nordisk AS’ oral GLP-1 agonist semaglutide versus cur-
rently marketed diabetes drugs. Oral semaglutide is pending at the 
FDA with action expected in the second half of 2019. 

“Our goal is to conclude each of our eight-month assessments 
of new therapies near the time of FDA approval, and we therefore 
often need to maintain this sort of flexibility as certain pipeline 
products accelerate or decelerate through the regulatory process,” 
ICER said.                                                   Published online 11 July 2019

Up For Review By ICER 
ICER’s Proposed List Of Topics For Review In 2020

TYPE/INDICATION DRUG DEVELOPER

Beta thalassemia
luspatercept
Zynteglo

Acceleron Pharma
bluebird bio

breast cancer
sacituzumab govitecan
trastuzumab deruxtecan

Immunomedics
Daiichi Sankyo

cystic fibrosis VX-445/tezacaftor/ivacaftor Vertex Pharmaceuticals

hemophilia A valoctocogene roxaparvovec Biomarin Pharmaceutical

high LDL-cholesterol bempedoic acid Esperion Therapeutics

HIV and PrEP
cabotegravir/rilpivirine
Descovy

ViiV Healthcare
Gilead Sciences

lymphoma lisocabtagene maraleucel Celgene

multiple sclerosis ozanimod Celgene

NASH
Ocaliva
seladelpar
cenicriviroc

Intercept Pharmaceuticals
CynaBay Therapeutics
Allergan

pain tanezumab Pfizer/Eli Lilly

postpartum depression
zuranolone
Zulresso

Sage Therapeutics
Sage Therapeutics

rheumatoid arthritis filgotinib Gilead Sciences

sickle cell disease
crizanlizumab
voxelotor

Novartis
Global Blood Therapeutics

ulcerative colitis class review

wet-AMD brolucizumab Novartis

Source: Institute for Clinical and Economic Review
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In A Win For Amgen, Court Blocks Sanofi/Regeneron’s 
Praluent Sales In Germany
MANDY JACKSON mandy.jackson@informausa.com

Amgen Inc. already is generating 
higher sales globally for its cho-
lesterol-lowering therapy Repatha 

(evolocumab) than Sanofi and Regeneron 
Pharmaceuticals Inc. have garnered for 
their competing product Praluent (ali-
rocumab), and now Repatha will be the 
only PCSK9 inhibitor sold in Germany after 
a court determined that Praluent infringes 
a European patent for Amgen’s biologic.

The Düsseldorf Regional Court ruled that 
Praluent infringes an Amgen patent for 
antibodies targeting PCSK9 to lower low-
density lipoprotein (LDL) cholesterol levels 
and reduce the risk of major cardiovascular 
events, the companies said in statements 
issued on 11 July. The court granted an in-
junction that prohibits Sanofi’s and Regen-
eron’s production, promotion, distribution 
and sales of Praluent in Germany.

Repatha already is the top-selling PCSK9 
inhibitor globally with $141m in Repatha 
sales during the first quarter of this year 
and $550m for all of last year, versus Pralu-
ent sales of $63.9m in the first quarter and 
$306.8m in 2018. 

Ex-US sales totaled $192m for Repatha 
last year and $125.5m for Praluent, so 
PCSK9 inhibitor revenue in Germany is a 
small part of sales for a drug class that’s 
had trouble living up to blockbuster ex-
pectations, but the court decision raises 
questions about the Sanofi/Regeneron 
product’s future in other countries. 

Amgen said it plans to enforce the Düs-
seldorf Regional Court’s decision and will 
facilitate “a smooth transition to Repatha 
(evolocumab) for patients currently tak-
ing Praluent who wish to continue taking 
a PCSK9 inhibitor.” 

But while it will block future production, 
distribution and sales of Praluent in Ger-
many, Amgen noted that it will not seek 
the removal of Praluent supplies already 
on hand at hospitals and pharmacies in 
the country.

Meanwhile, Sanofi and Regeneron said 
they are “disappointed in this decision, 
and continue to believe that patients and 
physicians should have a choice of choles-

terol-lowering therapies.” They explained 
that Praluent still is on the market in Ger-
many and other European countries at 
this time and the European Commission’s 
marketing authorization for the product 
remains in place. 

The Düsseldorf Regional Court is not 
binding on other national courts in Eu-
rope, the Praluent marketers explained. 
However, the German court’s decision fol-
lows a European Patent Office (EPO) deter-
mination in November that Amgen’s pat-
ent relating to PCSK9 antibodies is valid. 

MORE LEGAL DECISIONS COMING
Sanofi noted in a 30 November statement 
about the EPO decision that it was “rel-
evant only to this European patent, and is 
not binding on the national courts in Eu-
rope, but the decision may be taken into 
account by these courts.” Amgen also has 
patent lawsuits pending against Sanofi 
and Regeneron in the UK and France, as 
well as in the US. 

In the ongoing US patent dispute be-
tween Amgen and Sanofi/Regeneron, 
Amgen won a US District Court for the 
District of Delaware jury trial in 2016.  

However, the US Court of Appeals for 
the Federal Circuit sent the lawsuit back 
to the district court for a new jury trial 
in 2017.  

Amgen asked the US Supreme Court 
to review the legal standard the Federal 

Circuit used in its decision, but in Sep-
tember the high court declined the re-
quest, so a second jury trial commenced 
in Delaware in February and again went 
in Amgen’s favor.  

Amgen sought a permanent injunc-
tion barring sales of Praluent in the US 
following the Delaware District Court 
jury decision and hearings regarding 
Amgen’s injunction request were held in 
June; a decision is expected in the next 
few months. 

“Regeneron and Amgen are involved in 
PCSK9 patent disputes around the world,” 
Credit Suisse analyst Vamil Divan said in an 
11 July note. “We expect a decision in the 
US patent dispute around September, but 
we do not currently expect a complete in-
junction on US Praluent. Cases in France, 
UK and Japan are earlier-stage and still 
ongoing. We believe there may be a possi-
bility for Sanofi to appeal today’s decision 
in Germany and expect Sanofi to pursue 
available options to conclusion.”

Mizuho Securities analyst Salim Syed 
said the ruling in Germany “seems like 
an atypical court decision.” A complete 
removal of an approved and launched 
drug from a market seems to be unprec-
edented, Syed said, noting that economic 
remedies also are an option. Courts have 
been known to force a patent infringer to 
pay an opposing party royalties from the 
infringing drug’s sales.

The PCSK9 patent chess game in Germany ended with a win for Amgen.

scripintelligence.com
mailto:mandy.jackson@informausa.com


10   |   Scrip   |   July 19, 2019 © Informa UK Ltd 2019

COMPANIES 

COMMERCIAL BATTLE CONTINUES AS WELL
The companies have been engaged in a bitter battle for PCSK9 
market share in and outside of the courts since Repatha and Pralu-
ent won their first approvals in 2015. Both companies also have 
struggled to generate blockbuster sales in the multibillion-dollar 
hypercholesterolemia category given the availability of inexpen-
sive statins and other generic LDL cholesterol-lowering medicines. 

Even after cardiovascular outcomes trials for Repatha and Pralu-
ent showed significant benefits regarding major adverse cardio-
vascular events, payers have been reluctant to reimburse the 
costs for the Amgen and Sanofi/Regeneron biologics. 

Sales have increased for both products as the manufacturers 
have raised rebates and eventually lowered prices, but Repatha 
– the first of the two PCSK9 inhibitors to win a new label claim 
regarding cardiovascular benefits – has maintained its lead over 
Praluent. 

Amgen introduced a new lower-priced version of Repatha in 
October to cut out-of-pocket costs for patients covered by Medi-
care Part D health insurance plans and reduce the number of pa-
tients leaving their medicines at the pharmacy counter. 

Sanofi and Regeneron followed suit in February, cutting Pralu-
ent’s list price by 60%.

“Our view is that Amgen’s Repatha is likely to emerge as the 
winner of the PCSK9 space,” Divan wrote, noting that Credit Su-
isse projects $2.1bn in Repatha sales in 2024. That forecast is in 
line with consensus, while the investment bank’s expectation of 
$733m in Praluent sales in 2024 is below consensus of $969m.

Mizuho’s Syed said consensus forecasts for peak worldwide 
sales are about $2.5bn for Repatha and $1.5bn for Praluent, with 
about two-thirds coming from the US. 

“From a market dynamics standpoint, a Praluent pull in the US 
[if the district court grants Amgen and injunction] would effec-
tively make the PCSK9 market most likely a two-player market (so, 
positive for Amgen’s Repatha and The Medicines Co.’s inclisiran), 
instead of a three-player market,” he wrote.

Phase III results for inclisiran are expected in the third quarter of 
this year.  (Also see “Heralding Change: Product Pipeline Advances 
To Watch Out For In Q3” - Scrip, 9 Jul, 2019.) However, The Medi-
cines Co.’s new CEO Mark Timney intends to seek a buyer for the 
RNA interference drug.  (Also see “The Medicines Co. CEO Timney 
On Selling Inclisiran And Why Big Pharma Is Still Interested In CV 
Disease “ - Scrip, 29 Apr, 2019.)  

Published online 11 July 2019

Shaw Leaves Lilly To Helm Gilead’s Kite
JOSEPH HAAS joseph.haas@informa.com

Investors were caught by surprise on 11 July as Eli 
Lilly & Co. revealed that the president of its 
Bio-Medicines unit, Christi Shaw, is leaving 

at the end of August, with Patrick Jonsson, 
currently president and general manager 
of Lilly Japan, selected to succeed her. 
Shaw’s move wasn’t a mystery for long. 

After the markets closed on 11 July, 
Gilead Sciences Inc. announced that 
Shaw would be coming in as CEO of its 
Kite Pharma Inc. oncology/gene therapy 
business. Gilead bought out the biotech 
for nearly $11.9bn in 2017, and one of CEO 
Daniel O’Day’s first moves was to announce 
that Kite would become a separate business 
unit with its own chief executive.

At Lilly, Shaw had been in charge of a unit that over-
saw commercialization of both large and small molecule thera-
peutics outside the diabetes and cancer spaces.  (Also see “Lilly 
Management Reorg Brings In Shaw To Oversee Bio-Medicines” 
- Scrip, 5 Jan, 2017.) In announcing her departure, Lilly credited 
Shaw with the launches of Olumiant (baracitinib) for rheumatoid 
arthritis and Emgality (galcanezumab) for migraine prevention. 

Shaw began her career at the Indianapolis pharma, working in 
a series of commercial roles from 1989 to 2002 before moving on 
to various positions at Johnson & Johnson and Ethicon Inc. But in 
2010 she moved to Novartis AG – where as president of the Swiss 
pharma’s US business, she launched the anti-IL-17 medicine Cosen-
tyx (secukinumab), which quickly tallied blockbuster revenues.

Shaw left Novartis in 2016 to care for her older sister, 
who had multiple myeloma. On arriving at Lilly, 

she told Scrip she hadn’t expected to return to 
big pharma but was drawn by an opportu-

nity to be in charge of profit and loss for 
both the clinical development and com-
mercial operations in her division.  (Also 
see “A Q&A With Lilly Biomedicines Presi-
dent Christi Shaw “ - Scrip, 25 May, 2018.)

Cancer care and advocating for can-
cer patients have become a focus of her 

public speaking engagements, so it’s not 
a big surprise to make the leap to leading 

a cancer portfolio. 
At the time Shaw moved to Lilly, there were 

striking similarities between the Lilly and Novartis 
portfolios, including in psoriasis with Taltz, the CGRP 

antagonist Emgality, which competes with Novartis/Amgen Inc.’s 
Aimovig (erenumab) in migraine, and the JAK1/2 inhibitor Olu-
miant, which is in the same class as Novartis’s Jakafi (ruxolitinib), 
although the products have different indications. Whereas Olumi-
ant is cleared to treat moderate to severe RA in patients who did 
not benefit from anti-TNF therapy, Jakafi is approved to treat my-
elofibrosis, polycythemia vera and graft-versus-host disease and 
is in mid-stage development for several cancer indications. 

Shaw leaves behind a pipeline at Lilly that includes eight new 
molecular entities in Phase II development or later, plus a pair of 
line extensions each for Olumiant and the IL-17 antagonist Taltz 
(ixekizumab), currently approved to treat psoriasis and psoriatic 

Christi Shaw
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arthritis (see chart). Lilly Bio-Medicines also 
lists eight NMEs in Phase I outside of cancer 
and diabetes on its website – seven for im-
munological indications and one for pain.

One of her immediate challenges was 
to get Taltz more competitive in the IL-17 
space – the biologic posted first quarter 
sales of $252.5m, a blockbuster run rate 
and 72% growth compared to first quarter 
2018.  (Also see “Lilly Says Volume Growth 
Strategy, Launches Working Despite Price 
Pressures” - Scrip, 30 Apr, 2019.) For full-year 
2018, Taltz posted sales of $937m, up 68% 
from 2017, but those numbers still paled in 
comparison to Cosentyx, which brought in 
$2.837bn in 2018 with 37% growth.

At the end of 2018, Lilly held a 2019 
forecast event at which it pointed to the 
importance of 10 new launches in the pre-
vious five years to drive growth, includ-
ing Taltz, Olumiant and Emgality.  (Also 
see “Lilly’s New Year Resolution: Make New 
Launches Into Blockbusters “ - Scrip, 20 Dec, 
2018.) It also made note of lasmiditan, 
a 5-HT1F receptor agonist for acute mi-
graine, now under review at the US Food 

and Drug Administration, as a potential 
growth product. These newer products 
are expected to account for about 45% of 
Lilly’s pharmaceutical revenues in 2019.

Line extensions for Taltz in both radio-
graphic axial spondyloarthritis and non- 
radiographic axial spondyloarthritis offer 
growth prospects as well. The biologic is 
under FDA review for the first indication, 
while Lilly reported in April that product 
met all primary and secondary endpoints 
in a Phase III study for the second indica-
tion.  (Also see “Taltz Results In Spondyloar-
thritis Add To Lilly Franchise Hopes” - Scrip, 
23 Apr, 2019.) There are an estimated 5m 
cases of the two indications combined in 
the US, Japan and the five largest EU mar-
kets, according to Datamonitor Healthcare.

Less rosy, however, are the future pros-
pects for tanezumab, a nerve growth fac-
tor inhibitor partnered with Pfizer Inc., 
after it showed potential for negative 
joint health outcomes in an osteoarthritis 
study.  (Also see “Lilly/Pfizer’s Tanezumab 
Safety Takes A Hit With Latest Phase III Re-
sults” - Scrip, 19 Apr, 2019.) While the anti-

body hit two of three efficacy endpoints at 
16 weeks in the study, an 80-week safety 
assessment showed indications of disease 
worsening compared to control. The two 
companies currently are assessing their 
options for taking the drug forward.

The commercial future of Lilly Bio-Med-
icine’s pipeline will be Jonsson’s respon-
sibility now. Jonsson joined Lilly in 1990 
and has overseen the pharma’s business in 
Sweden, Scandinavia and Italy before be-
coming president and general manager of 
Lilly Japan in 2014. 

Lilly finished the trading day down 4% 
to $109.79 on the news. The transition is 
likely to be a major focus when the firm 
reports quarterly earnings on 30 July.

As for Shaw’s tenure at Kite, still-new Gil-
ead CEO O’Day has said that making Kite a 
separate entity is all about focus and that 
the new CEO will have “full accountability 
for all aspects of gene therapy.” 

Kite’s Yescarta (axicabtagene ciloleucel) 
obtained FDA approval for third-line re-
lapsed or refractory large B-cell lympho-
ma in October 2017, shortly after the sale 
to Gilead. Yescarta posted sales of $96m 
during the first quarter, up 19% sequen-
tially and 140% year-over-year, but ana-
lysts generally have called the buildup of 
Gilead’s gene therapy business slow.

Gilead lists three Kite clinical candi-
dates in its pipeline, as well as several 
line extensions for Yescarta. The CAR-T 
drug is in Phase III for second-line DLBCL, 
Phase II for non-Hodgkin lymphoma and 
DLBCL patients who are PD-L1-positive 
and Phase I for DLBCL patients positive 
for 4-1BB. Kite’s next CAR-T, KTE-X19, is in 
Phase II for both adult and pediatric acute 
lymphoblastic leukemia and for mantle 
cell lymphoma and in Phase I for chronic 
lymphocytic leukemia. 

It has additional novel T-cell therapies 
in Phase I in solid tumors, the autologous 
genetically modified MAGE-A3/A6 T-cell 
receptor (TCR) transduced autologous 
T-cell product KITE-718 and another TCR, 
KITE-439.  

Published online 12 July 2019

Snapshot Of Lilly Bio-Medicines Pipeline 
In Registration

Lasmitidan (5-HT1F receptor) agonist for acute 
migraine

Taltz (ixekizumab) for the treatment of radiographic axial 
spondyloarthritis

New Molecular Entities Line extensions

Phase III

Mirikizumab (anti-IL23) for psoriasis, ulcerative colitis Taltz for non-radiographic axial 
spondyloarthritis

Tanezumab (nerve growth factor inhibitor/partnered with Pzer) for osteoarthritis pain 
and other pain indications (Future plans unclear due to safety concerns)

Olumiant (baracitinib) for atopic 
dermatitis, system lupus erythematosus

Flortaucipir F 18 PET imaging agent for tau pathology

New Molecular Entities Line extensions

Phase II

Donanemab (LY3002813) N3pG antibody for Alzheimer’s disease Olumiant for alopecia 
areata

LY3375580 (anti-IL-33) for autoimmune diseases

Zagotenemab (anti-tau antibody) for Alzheimer’s disease

LY3154207 (D1 PAM) allosteric modulator of dopamine receptor D1 for dementia associated with 
Parkinson’s disease

Mirikizumab for Crohn’s disease

New Molecular Entities Line extensions
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Redx Cashes In Cancer Program With Jazz Pact
KEVIN GROGAN kevin.grogan@informa.com

Redx Pharma PLC has seen its valua-
tion more than double after selling 
off another preclinical asset with Jazz 

Pharmaceuticals PLC getting its hands on 
the UK firm’s pan-RAF inhibitor program.

As part of the agreement, Redx will re-
ceive an upfront fee of $3.5m in cash but 
is eligible to receive up to $203m in de-
velopment, regulatory and commercial 
milestone payments, plus royalties. At first 
glance, the upfront may seem pretty small 
but given that the assets Jazz has acquired 
do not yet include a finalized lead candi-
date, it seems that the Manchester-based 
group, which only came out of administra-
tion at the end of 2017, has negotiated a 
good deal.

Redx CEO Lisa Anson thinks so, telling 
Scrip in an interview that the upfront is a 
very healthy amount for “a preclinical as-
set that is not a development compound 
nomination. We were very pleased with it, 
because it ensures the pan-RAF program 
is taken forward, which we couldn’t do on 
our own and we have to prioritize - $3.5m 
is very welcome for Redx at this time,” ex-
tending the group’s cash runway through 
to 2020.

As part of the pact, the firms have also 
signed a collaboration where the team of 
scientists at Redx will continue to work 
on the program to the completion of In-
vestigational New Drug-enabling studies. 
Anson said this type of deal represents a 
novel structure “that keeps the speed of 
the program up” and lets Jazz tap into the 
early-stage research capability at Redx.

The company will use the upfront pay-
ment for working capital and focus on pro-
gressing patient recruitment in its ongoing 
Phase I trial of RXC004, an oral porcupine 
inhibitor aimed at treating cancer driven 
by the Wnt pathway. The redesigned study 
(using a 0.5mg dose) resumed earlier this 
year, having been suspended due to the 
emergence of on-target side-effects using 
patient dosing of 10mg.

Redx believes a combination of RXC004 
with anti-PD-1 and anti-PD-L1 checkpoint 
inhibitors could be an effective treatment 
for certain solid tumors, notably colorectal 
cancer. Anson said the firm intends to take 

another porcupine inhibitor, RXC006, into 
the clinic next year for idiopathic pulmo-
nary fibrosis (IPF).

She was also enthusiastic about the 
company’s ROCK2 (Rho-associated pro-
tein kinase 2) inhibitors which are in pre-
clinical development, saying that “they 
address a fundamental mechanism of 
fibrosis, and can be taken systemically, 
whereas historically ROCK inhibitors have 
only been topical. There are a number of 
different directions, you can take a sys-
temic fibrosis inhibitor like ROCK2 and 
we think non-alcoholic steatohepatitis 
(NASH) is a good one and we’re also very 
excited about IPF.” 

As for paying for these plans beyond 
next year, Anson told Scrip that “I am very 
keen that we have longer-term financ-
ing. I think it’s one of the challenges of 
this sector is the cash-strapped biotech 
label which doesn’t allow you to have the 
runway to really deliver the best scientific 
results from the program.” Nevertheless, 

she added that “we are very clear which 
programs we want to invest in and we’re 
talking to longer term specialist investors 
about financings” but there are no details 
being disclosed just yet. 

Talking about the sector as a whole, 
Anson said, “I do think there’s an op-
portunity for investors in UK science 
and there’s some fantastic assets here. 
If you have later stage clinical assets, it’s 
easier to attract investors so with small 
companies like ours, you need special-
ists who really understand the assets 
and the programs.” 

The Jazz deal is the second oncology 
sale by Redx in the last two years, after its 
BTK inhibitor program was sold to Loxo 
Oncology Inc.(recently acquired by Eli Lilly 
& Co.) in 2017 for $40m. Anson added that 
the latter was an impressive deal especial-
ly given that the company was in adminis-
tration at the time and”under duress,” say-
ing that it is a validation of the quality of 
science at Redx that Lilly has moved that 
program into the clinic. 

Investors were pleased with the Jazz 
pact and shares in Redx doubled on 10 
July to £0.13 each after closing at just over 
£0.06 the day before. Earlier in the day, the 
stock hit a 52-week high of £0.18. 

As for Jazz, R&D chief Robert Iannone said 
the firm was excited to acquire the program, 
claiming that “it has the potential to work in 
RAF driven tumors where current selective 
B-RAF inhibitors and their respective com-
binations are ineffective due to acquired re-
sistance mechanisms.” He added that there 
is also the potential to address RAS driven 
tumors, saying that the Redx program “is 
highly complementary to our growing R&D 
portfolio of early stage, innovative, hema-
tology/oncology therapies.” 

Iannone’s enthusiasm was not shared 
by some analysts covering the Ireland-
domiciled, US-based firm. Umer Raffat 
at Evercore ISI issued an investor note 
claiming it was “very hard to analyze 
this deal without knowing the lead 
drug…and based on the most ad-
vanced program we’ve seen from Redx, 
we are not enthused.”  
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FINANCING

BioNTech Fills Coffers With Extra $325m Via  
Series B Financing
MIKE WARD mike.ward@informa.com

W ith press reports elsewhere an-
nouncing that BioNTech AG, 
the Mainz, Germany-based 

biotech, was hiring banks to pursue an 
$800m IPO, for a post-money valuation 
approaching $4bn, the company has in-
stead opted to raise additional venture 
financing through an upsized series B 
round of $325m. The company says the 
funds will be used to support the contin-
ued development of its therapeutics pipe-
line and manufacturing infrastructure as it 
strives to become of fully integrated bio-
pharmaceutical company.

“We have always communicated that 
we will look at all financing options and 
we will continue this evaluation moving 
forward. This series B is the right stra-
tegic choice for us as a company also 
because it provided the opportunity 
to bring in high-tech investors and to 
broaden our global shareholder base in 
a significant round,“ Sean Marett, CBO & 
CCO of BioNTech, told Scrip.

The round has been led by existing 
shareholder Fidelity Management & Re-
search Company alongside others that 
had participated in the previous seed and 
series A rounds including the Redmile 
Group, which was the lead investor in the 
$270m series A round that was concluded 
as recently as January 2018, MIG Fonds, 
Janus Henderson Investors, Invus, Salvia 
GmbH, and several European family offic-
es, including, most importantly, the Stru-
engmann Family Office, which remains the 
company‘s largest shareholder.  (Also see 
“BioNTech Raises $270M Series A Round To 
Pursue FIPCO Model” - Scrip, 4 Jan, 2018.)

New investors in the series B round in-
clude MiraeAsset Financial Group, Plati-
num Asset Management, Jebsen Capital, 
Steam Athena Capital, and BVCF Asset 
Management. Corporate partners such as 
Sanofi, Eli Lilly & Co. and Pfizer Inc. did not 
participate in the round.  (Also see “Sanofi 
Takes €80M BioNTech Stake & Extends 2015 
Deal” - Scrip, 4 Jan, 2019.)

“Our main focus has always been to 
provide individualized treatments to 

patients worldwide with a strong focus 
on the treatment of cancer. At the time 
of the series A, the capital added was to 
further advance our clinical pipeline of 
individualized immunotherapies cover-
ing a number of new approaches includ-
ing mRNA and CAR-T/T-cell receptors for 
the treatment of cancer and other dis-
eases with high medical need.  We have 
achieved progress in that while also ex-
panding the drug modalities in our port-
folio and building out our manufactur-
ing infrastructure with the overall vision 
in mind,“ Marett told Scrip.

Since the series A round, BioNTech has 
concluded a number of key deals includ-
ing a collaboration with Pfizer to develop 
mRNA-based vaccines for the prevention 
of influenza, an extension of a collabo-
ration with Sanofi for mRNA-based im-
munotherapy programs against multiple 
solid tumors, an mRNA-focused partner-
ship with Genevant Sciences in rare dis-
eases, as well as the acquisition of assets 
from MabVax Therapeutics.  (Also see “In-
terview: BioNTech And Pfizer Explore mRNA 

Flu Vaccines In $120m+ Deal” - Scrip, 16 
Aug, 2018.)

In its mRNA development pipeline, the 
company is involved with six trials. Under 
its own steam, BioNTech is running three 
trials for FixVac in advanced melanoma, 
HPV-positive head and neck cancer and 
triple-negative breast cancer. BioNTech 
also has two trials in its indvidualized 
neo-epitope specific immunotherapy (iN-
eST) program – one in melanoma, which 
has completed Phase I testing, and one in 
solid tumors – which it is developing with 
Genentech in a 50:50 cost and profit share 
collaboration. In addition, the company 
is running a trial, as part of a co-develop-
ment and commercialization deal with 
Sanofi, for its intratumoral immunothera-
py in solid tumors. 

Beyond the mRNA pipeline, the compa-
ny is conducting two antibody trials, both 
Phase I. One is in Next-Gen checkpoint 
immunomodulators, as part of a 50:50 
cost and profit-sharing collaboration with 
Genmab signed in 2015 and expanded in 
2016, which is testing DuoBody PD-L1x4-
1BB, a bispecific antibody, in solid tumors, 
with and a targeted cancer antibody (re-
cent MabVax Therapeutics acquired pro-
gram) in pancreatic cancer. The second 
involves MVT-5873, a human IgG1 mono-
clonal antibody targeting sialyl Lewis A, 
an epitope expressed in pancreatic cancer 
and other gastrointestinal cancers that 
plays a role in tumor adhesion and metas-
tasis formation, which BioNTech acquired 
following the May 2019 purchase of assets 
and infrastructure from San Diego-based 
MabVax Therapeutics Holding.

Marett remains tight-lipped about ei-
ther the number of trials or the stages its 
hopes to reach with the latest tranche of 
money. “We are developing a broad pipe-
line. The proceeds of the financing will 
support the progress in our therapeutics 
pipeline and manufacturing infrastruc-
ture. We are not providing additional 
details on financial runway or when we 
might raise capital again,” he added.  
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FINANCING

New Indian Public Shareholding Proposal  
Stumps Pharma
ANJU GHANGURDE anju.ghangurde@informa.com

India has proposed to increase the mini-
mum public shareholding in listed com-
panies from the current 25% to 35%, jolt-

ing large multinational companies such 
as  GlaxoSmithKline PLC, Novartis AG and 
AstraZeneca PLC that have listed entities 
in the country.

The proposal, quite a ‘googly’, as one 
financial expert put it, formed part of fi-
nance minister Nirmala Sitharaman’s re-
cent budget announcement for 2019-20. If 
implemented, it would mean that the pub-
lic float in the Indian arms of GlaxoSmith-
Kline, Novartis and AstraZeneca would 
need to be scaled up significantly from 
existing levels with the promoter groups 
expected to pare down their holding in 
the listed entity. Zydus Cadila’s flagship, 
Cadila Healthcare Ltd., is the key front-line 
domestic pharma firm that stands to be 
affected by the proposed change, besides 
Alembic Pharma Ltd and some others.

The public float in GlaxoSmithKline Phar-
maceuticals Ltd., Novartis India Ltd, Astra-
Zeneca and Cadila Healthcare Ltd stood at 
25%, 29.32%, 25% and 25.21% respectively 
as of 31 March 2019. The promoter group 
(parent and group firms) held 75% in GSK’s 
Indian arm, 70.68% in Novartis India Ltd, 
75% in AstraZeneca Pharma India Ltd and 
74.79% in Cadila Healthcare during the pe-
riod. The public float of peers like Sanofi In-
dia Ltd, Pfizer Ltd, Dr. Reddy’s Laboratories 
Ltd. and Cipla Ltd. already meet the new 
proposed requirements – indeed, some of 
them surpass the proposed norms by a sig-
nificant percentage.

“It is [the] right time to consider increas-
ing minimum public shareholding in 
listed companies. I have asked SEBI [the 
Securities and Exchange Board of India] 
to consider raising the current threshold 
of 25% to 35%,” finance minister Sithara-
man said as part of her maiden budget 
announcement. 

PHARMA STILL ASSESSING 
PROPOSAL
The government, some reports in the local 
media suggested, believes that a higher 
public float could help curb market ma-
nipulation, foster an equity culture and 
aid tax mobilization through capital gains. 
An estimated 1,000-plus actively traded 
firms across sectors in India have promoter 
holdings in excess of 65% and would need 
to align with the new public float require-
ments if the proposal is implemented.

High promoter group holdings in cash-
rich companies could potentially be re-
duced via divestments to private inves-
tors to meet the new public shareholding 
threshold, though tools such as follow-on 
public offers (FPOs) or Qualified Institu-
tional Placements (QIPs) are among the 
other options that can be deployed.

None of the impacted pharma firms 
provided any definitive comments on 
the issue. GSK India told Scrip that it was 
reviewing the budget proposal to “assess 
the implications,” while Novartis said that 
it was yet to study the detail of the an-
nouncement and was hence unable to 
comment. Zydus Cadila declined to com-
ment on the issue. Some of the other 
firms could not immediately be reached 
for a comment.

PROPOSAL DOES NOT LEND 
ITSELF TO GREATER LIQUIDITY?
The government’s proposal has, in gen-
eral, received mixed responses with some 
experts saying it is positive for minority 
shareholders and will lead to a better price 
discovery and corporate governance stan-
dards. Public shareholders will typically 
have a more decisive say in special reso-

lutions, if the new thresholds are imple-
mented, they said.

Others, however, do not see much merit 
in the proposal and expect some foreign 
firms with low public float to opt to delist 
their shares on Indian bourses.

Navroz Mahudawala, managing direc-
tor of the investment banking and con-
sulting services firm Candle Partners, told 
Scrip that increasing public float does not 
lend itself to greater liquidity and that 
most pharma multinational companies 
are “thinly traded stocks” and it’s unlikely a 
10% float is going to “dramatically change 
the scenario.”

“The proposal is onerous and may not 
finally go through,” Mahudawala declared.

The investment banker believes that for-
eign firms may consider a delisting of shares 
in India rather than meeting the public 
holding requirements.  “This (delisting) is a 
distinct possibility. These companies’ parent 
shareholders do not require any capital or 
liquidity,” Mahudawala added.

The new public float proposal could 
also make mergers and acquisitions of 
listed entities more complicated as acquir-
ers who breach the 65% promoter hold-
ing level would need to offload shares in 
the market.

Mahudawala explained that because of 
open offer challenges most global acquir-
ers anyway preferred doing deals in pri-
vate domains as buying a listed company 
is “cumbersome” from a timeline perspec-
tive. “Also, one has limited control on the 
pricing in case the scrip runs up during the 
evaluation period. This [the new proposal 
] would bring in one more area of com-
plexity,” he added.  
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REAL-WORLD EVIDENCE

Real-World Reluctance? Despite Guidance,  
Drug Developers Wary Of RWE-Based Trials
MANDY JACKSON mandy.jackson@informausa.com

Regulators around the globe have released guidances to 
encourage biopharmaceutical firms to use real-world evi-
dence strategies, but with hundreds of millions of dollars 

in research and development spending at stake for a single drug, 
companies are reluctant to walk away from traditional random-
ized, controlled clinical trials – even if substituting a typical control 
arm with an analysis of real-world data has the potential to save 
time and money. 

Interest in real-world evidence (RWE)-based clinical trial strat-
egies is growing, with biopharma companies considering such 
study designs more frequently now than they did a year ago, 
thanks to new guidance documents from regulators, Michelle 
Hoiseth, chief data officer at the contract research organization 
Parexel International Corp., told Scrip in an interview during the 
Drug Industry Association (DIA) annual meeting, held 23-27 June 
in San Diego, CA. 

RWE was an inescapable topic during the DIA meeting, com-
ing up in panel discussions on drug maker communications with 
payers, artificial intelligence in drug development and clinical 
outcomes assessments, as real-world data (RWD) becomes an 
increasingly important means of communicating a drug’s safety 
and effectiveness to regulators, payers, doctors and patients. 

Despite recently increased interest in real-world evidence strat-
egies, Hoiseth said, “we’re a tremendously risk-averse industry.” 
While biopharma interest in incorporating RWE into clinical trials 
is “incredibly high” when companies’ R&D teams begin to design 
studies, they back away from such strategies based on the uncer-
tainty of whether regulators will sign off on innovative trial de-
signs and RWD-derived results, she said.

Hoiseth also noted concerns about dealing with new and evolv-
ing sources of data and having to hire people with the expertise to 
identify and analyze sources of real-world evidence.

“I think the publications of the guidances over the past year have 
really, really helped people to know where to make their bets, but 
up until that point it had been hard to know that the data set that 
you created for analysis would be acceptable,” she said. 

RWE FRAMEWORK OFFERS GUIDANCE,  
NOT CERTAINTY
It’s not surprising that companies are reluctant to adopt real-
world evidence strategies, since regulatory guidance still is com-
ing together in this area. For instance, while the US Food and Drug 
Administration released its RWE framework in December, it won’t 
release the final guidance on the use of real-world evidence in 
trials of new indications for marketed drugs and post-marketing 
studies until December 2021. However, the draft guidance issued 
in December 2018 laid out the agency’s thinking on the matter, in-
cluding its requirements for high-quality data and study designs. 

“The FDA framework that came out in December makes it clear, 
in fact, reinforces their interest in real-world evidence in a number 

of ways … but it’s a long way from having clear guidance on what 
kind of evidence would be acceptable,” Nancy Dreyer, chief scien-
tific officer and global chief of scientific affairs for IQVIA Real-World 
& Analytic Solutions, told Scrip in an interview at the DIA meeting.

Dreyer noted that real-world data often looks different from 
data collected in randomized, controlled trials due to multiple 
variables, such as the age and ethnicity of patients and where 
they’re treated.

The reliability of RWD is a big concern for both regulators and 
clinical trial sponsors. However, the time, money and other re-
sources saved by conducting RWE analyses versus the expense, 
length and complexity of enrolling a comparator group of patients 
in a traditional randomized, controlled trial could be considerable. 

Takeda Pharmaceutical Co. Ltd. president of research and devel-
opment Andrew Plump told Scrip earlier this year that as part of 
its investment in data science, the company is examining ways to 
use real-world evidence to support new safety and efficacy claims 
for its approved products. However, Plump said, Takeda knows the 
shift to such studies will not be an overnight process despite the 
draft guidance on the use of RWE in clinical trials.

Hoiseth also asserted that the shift to RWE-based studies will 
be gradual, but she sees a role for such strategies in earlier stages 
of development. The Parexel executive said the use of real-world 
data to show the value of approved drugs versus current stan-
dards of care is a well-established practice that biopharma com-
panies are comfortable pursuing, but RWE has a place in R&D too. 

By extracting electronic health record (EHR) data for a compara-
tive analysis rather than enrolling patients in a control arm of a 
randomized trial, Hoiseth said, “that’s the opportunity to speed 
the execution of studies and really drop the cost of development 
– not really today, but eventually,” as data sources and as data ex-
traction and analysis technologies and teams are developed. 

SOME COMPANIES RELUCTANT, OTHERS ARE 
EMBRACING RWD
But despite anecdotal evidence of companies’ reluctance to pur-
sue clinical trials that rely on real-world evidence, drug developers 
are using natural history studies, health care insurance claims data 
and information gathered from electronic health records (EHRs) 
to provide some context for data generated in single-arm trials at 
increasing rates.

“In 2011 in Europe, there were less than five single-arm trials 
submitted to [health technology assessment (HTA)] bodies or 
payers in a year,” Christina Mack, director of epidemiology and 
health outcomes at IQVIA, said in an interview at the DIA meet-
ing. “In 2018, there were almost 60 single-arm trials and they’re 
making major decisions on one small group of patients. Along 
with that, we’ve seen this appetite and hunger for what context 
can we put next to that, so that’s where we see a big driver of the 
external comparator.” 
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Regulators globally are racing to 
keep up with the industry with new 
RWE guidance documents, including 
Health Canada, which issued guidance 
in April in anticipation of increased fil-
ings based on real-world data.  (Also see 
“Canada Develops RWE Guide Anticipat-
ing Increased Submissions” - Pink Sheet, 
26 Apr, 2019.) 

The European Medicines Agency has 
been even more proactive, filling data 
gaps that companies chose not to pursue. 
The regulator revealed in May that it con-
ducted 14 RWE-based studies of its own 
to aid its review of certain marketing au-
thorization applications. The EMA also is 
working with doctors on the generation 
of RWE that eventually may support drug 
approval decisions.

Like the EMA, the US FDA is conduct-
ing its own RWE studies that will use 
various types of real-world data to try 
and replicate results seen in Phase III and 
IV randomized clinical trials for approved 
products.  (Also see “Real-World Evidence: 
Sponsors Will Need Prospective Process 
Early In Development” - Pink Sheet, 12 Jun, 
2019.) The agency admits that some of 
these endeavors will fail to replicate prior 
results, but it will still apply insights from 
these studies to RWE trials proposed by 
drug developers going forward.

Bayer AG vice president Patrick Brady, 
head of regulatory policy and intelligence 
for the German company, said during a 24 
June DIA session on artificial intelligence 
in drug development that there are prom-
ising signs that RWE-based studies may 
be able to replace randomized, controlled 
trials, but he wasn’t sure about how long 
that will take. 

“I’m encouraged by some of the prog-
ress that I see from some of the leading 
health authorities around the world that 
are becoming much more open to differ-
ent approaches to drug development,” 
Brady said. “I’m encouraged by what I see 
in terms of the state of the dialogue on the 
use of real-world evidence for regulatory 
decision-making, but I think we’re still very 
much in the early days.”

DATA DEBATE ONGOING, BUT 
MINING CONTINUES
The debate about which sources of data 
and what kind of study designs are ac-
ceptable to regulators continues. 

Even so, some big pharmas and large 
biotechnology firms have invested in 
large data sources of their own with the 
intention of using the information to aid 
in drug development, mining the data 
for new therapeutic targets and for RWE.  
(Also see “Real-World Evidence: Observa-
tional Studies Deserve More Respect In US 
FDA Framework” - Pink Sheet, 30 Apr, 2019.)

Roche used data from its Flatiron Health 
Inc. subsidiary to generate data for an ex-
ternal comparator arm to complement its 
single-arm pivotal trial for the tyrosine ki-
nase inhibitor entrectinib in the treatment 
of patients with solid tumors that have an 
NRTK mutation and ROS1-positive non-
small cell lung cancer (NSCLC). New drug 
applications (NDAs) for both indications 
are pending with the US FDA and have 18 
August user fee dates.

Amgen Inc. mined its acquired deCode 
genetics EHF database for safety data to 
assist the FDA in its review of the new os-
teoporosis drug Evenity (romosozumab). 
A few years earlier, Amgen used RWE to 
support the agency’s review of its bispe-
cific T-cell engager (BiTE) Blincyto (blina-
tumomab), which won an initial acute 
lymphoblastic leukemia (ALL) indication 
based on the comparison of a single-arm 
trial to RWE – results that eventually were 
replicated in a confirmatory trial.  (Also see 
“Real-World Evidence At US FDA: Baven-
cio, Blincyto Approvals Point Way Toward 
Broader Use “ - Pink Sheet, 7 Aug, 2018.)

The approval of Pfizer Inc.’s Ibrance (pal-
bociclib) for men with breast cancer on 4 
April is the most recent use of RWE in an 
approval. An indication for women with 
HR+, HER2- breast cancer was extended to 
include men, based on electronic health 
records and post-marketing reports of 
use in men from the IQVIA Insurance da-
tabase, Flatiron Health’s breast cancer da-
tabase and Pfizer’s global safety database.  
(Also see “Keeping Track: Industry Channels 
Inner Gottlieb As Commissioner Departs US 
FDA” - Pink Sheet, 5 Apr, 2019.)

While Dreyer said RWE strategies can 
be used across both small and large in-
dications, she noted that clinical trials 
in rare disease and oncology are the 
most likely studies to incorporate real-
world evidence. 

Indeed, the US FDA released a draft 
guidance on rare disease drug develop-
ment in January that emphasized the 

use of natural history data to support the 
design of clinical trials and analyze their 
results, and several companies had such 
efforts under way long before that guid-
ance was issued.

PATIENT VOICES IN THE  
REAL WORLD
Telba Irony, deputy director of the Office 
of Biostatistics and Epidemiology within 
the US FDA’s Center for Biologics Evalua-
tion and Research (CBER), said during a 24 
June DIA session on enhancing patient-
focused outcome assessment that in ad-
dition to looking at patient preferences 
and patient-reported outcomes, CBER is 
evaluating a lot of real-world evidence, in-
cluding natural history studies. Irony noted 
that many CBER-assessed products are ad-
vanced therapeutics, such as cell and gene 
therapies, and treatments for rare diseases, 
which often involve small, single-arm trials.

She said “it might be unethical and 
sometimes impractical to get a control 
group, so we are very much interested in 
how to extract information from natural 
history of diseases to help in our analysis 
of clinical trials. We are bridging into the 
real-world data also with the same objec-
tive.” That RWD may include input from 
patients on their treatment regimens and 
data collected from patients via wearable 
devices or other digital health technology.

Chris Pashos, vice president of global 
evidence strategy at AbbVie Inc., noted 
during a 24 June DIA session on drug 
developer communications with pay-
ers that AbbVie has incorporated what 
doctors and patients want from new 
therapies into its clinical trials, which 
the company discusses early on with 
regulators and with payers to make sure 
the studies generate data of value to all 
the stakeholders. 

“We needed to share with them that 
this was important to patients, therefore 
it was important to us as we developed a 
new medicine,” Pashos said. “And, indeed, 
over the last 20 years, the FDA has realized 
this isn’t just a world of randomized, con-
trolled trials; we have now an explosion of 
real-world data, we have now an explo-
sion in the patient voice, and those two 
changes … are now very much a part of 
how we are developing and commercial-
izing new medicines.”  
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Product Pipeline Advances To Watch Out For In Q3
JOHN DAVIS john.davis@informa.com

Just over two dozen investigational pharmaceuticals and 
medical devices that are likely to report major development 
events during the third quarter of 2019 are highlighted in the 

latest report from Informa Pharma’s product pipeline data bases, 
Biomedtracker and Meddevicetracker.

Here, Scrip takes a look at some of the more interesting expect-
ed developments.

UPADACITINIB IN RA
A US NDA for AbbVie Inc.’s oral JAK1 selective inhibitor, upadaci-
tinib, was submitted in December 2018 for moderate-to-severe 
rheumatoid arthritis, and a US Food and Drug Administration de-
cision on the potential new product is expected in the third quar-
ter, the report says.

Upadacitinib is also currently under review in the EU, where a 
marketing authorization application was submitted concurrently 
with the US filing. The applications are supported by the Phase 
III SELECT clinical trial program in rheumatoid arthritis, in which 
upadacitinib has met all primary and secondary endpoints. How-
ever, the product might have a black box warning in the US about 
an association with infections that could moderate its uptake, the 
report notes. The drug is also being tested in Crohn’s disease, ul-
cerative colitis and atopic dermatitis.

ENTRECTINIB IN NSCLC
Roche’s CNS-active tyrosine kinase inhibitor, entrectinib, could 
be approved in the US in third quarter, the report forecasts. Inte-
grated results involving patients with NTRK fusion-positive solid 
tumors indicated entrectinib was associated with an overall re-
sponse rate (ORR) of 57.4%, a median progression-free survival 
(PFS) of 11.2 months and a median overall survival of 20.9 months.

Entrectinib is designed to inhibit the kinase activity of the TRK 
A/B/C and ROS1 proteins, whose activating fusions drive prolifera-
tion in certain types of cancer, and the regulatory filing was based 
on pooled data from the Phase II STARTRK-2, Phase I STARTRK-1, 
and Phase I ALKA-372-001 trials, as well as the Phase I/Ib STARTRK-
NG study in pediatric patients.

NOVO NORDISK’S ORAL GLP-1 AGONIST
Novo Nordisk AS’s oral semaglutide could become the first oral 
GLP-1 agonist to gain a US approval in the third quarter, following 
the submission of two NDAs in March 2019, the Biomedtracker 
report notes. An injectable formulation of semaglutide, Ozempic, 
is already approved and marketed. The first NDA for oral semaglu-
tide involved the treatment of type 2 diabetes, and the second 
was for cardiovascular risk reduction in type 2 diabetes. 

In the Phase III PIONEER program, patients treated with oral 
semaglutide achieved greater blood glucose reductions com-
pared to the DPP-IV inhibitor, Januvia, the SGLT-2 inhibitor, Jard-
iance, and Novo Nordisk’s own daily injectable GLP-1 agonist, 
Victoza (liraglutide), the report explains. Further, oral semaglutide 
was associated with greater reductions in mean body weight 

compared with most comparators, but also associated with gas-
tro-intestinal side effects.

EXON SKIPPING IN DMD
Sarepta Therapeutics Inc.’s golodirsen is an antisense therapy that 
has been submitted for US accelerated approval in Duchenne 
muscular dystrophy patients with certain genetic mutations, and 
a PDUFA date of 19 August has been set, the report says.

A small clinical study showed golodirsen was associated with 
modest but statistically significant increases in dystrophin levels, 
similar to those seen in clinical studies of Sarepta’s marketed exon-
skipping therapy, Exondys 51 (eteplirsen), which skips over exon 
51. In contrast, golodiresen works by skipping mutated exon 53 in 
the dystrophin gene, producing a more functional protein.  

The FDA indicated in a type C meeting that small increases in dys-
trophin production from baseline can form the basis of accelerated 
approval, the Biomedtracker report remarks. Placebo-controlled 
efficacy data for golodirsen are unlikely to be available until the re-
lease of results from the ongoing Phase III ESSENCE study, it adds.

FEDRATINIB FOR MYELOFIBROSIS
An FDA approval decision is expected in September on the use 
of Celgene Corp.’s oral JAK2 inhibitor, fedratinib, in patients with 
myelofibrosis, the report indicates. A clinical hold on fedratinib 
was lifted after an FDA meeting in 2017, and the agency accepted 
Celgene’s NDA for fedratinib in March 2019. The NDA is based on 
the results of Phase III JAKARTA trial and the Phase II JAKARA2 trial, 
and fedratinib may either be granted a broad label or one limited 
to patients who have relapsed or are intolerant to the marketed 
JAK inhibitor, Incyte Corp.’s Jakafi  (ruxolitinib).

LIPID LOWERING SIRNAS
The Medicines Co. expects to report top-line results from Phase 
III studies of the small interfering ribonucleic acid (siRNA)-based 
product, inclisiran, for the treatment of heterozygous familial hy-
percholesterolemia and the lowering of LDL-cholesterol in the 
third quarter of 2019.

Inclisiran, developed in partnership with Alnylam, could have 
advantages over current PCSK9 inhibitors due to its prolonged 
dosing interval, of 180 days, the report notes. If results from Phase 
III studies are positive, The Medicines Company could file for ap-
proval in the US in late 2019 and Europe in early 2020. 

NARROW-SPECTRUM ANTIBIOTIC
The US NDA for Nabriva Therapeutics PLC’s pleuromutilin Gram-
positive antibiotic, lefamulin, has a PDUFA date of 19 August for 
use in community acquired bacterial pneumonia, and its potential 
availability as both oral and intravenous formulations could allow 
patients to be discharged quicker from hospital, the report notes.

Further, lefamulin’s narrow spectrum of activity may allow it to 
be positioned as a first-line monotherapy, instead reserved for 
later lines of therapy.                             Published online 11 July 2019
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RESEARCH & DEVELOPMENT

Novartis/Amgen End CNP520 Studies, Leaving Eisai/
Biogen With Last BACE Inhibitor In The Clinic
MANDY JACKSON mandy.jackson@informausa.com

Novartis AG and Amgen Inc. an-
nounced on 11 July that they have 
discontinued two Phase II/III clinical 

trials for CNP520 (umibecestat), a beta-site 
amyloid precursor protein-cleaving en-
zyme (BACE) inhibitor, in the prevention or 
delayed onset of Alzheimer’s disease. The 
development makes Eisai Co. Ltd./Biogen’s 
elenbecestat the only BACE inhibitor left in 
clinical testing for Alzheimer’s disease after 
numerous prior failures for the class. 

Novartis and Amgen have been work-
ing together on the BACE1 inhibitor 
CNP520 since 2015 and were conduct-
ing the two now-discontinued Phase 
II/III studies as part of their Alzheimer’s 
Prevention Initiative Generation Pro-
gram in collaboration with the Banner 
Alzheimer’s Institute. However, an as-
sessment of unblinded data during a 
pre-planned interim review of the stud-
ies revealed worsening in some mea-
sures of cognition, leading the partners 
and their collaborator to determine that 
the potential benefit did not outweigh 
the safety risk for CNP520 in the preven-
tion or delayed onset of Alzheimer’s dis-
ease in people at high risk due to their 
age and genetic status.

The Novartis/Amgen candidate is the 
16th drug targeting BACE to be moved 
from active to suspended develop-
ment, according to the Biomedtracker 
database. These failures include sev-
eral high-profile drugs discontinued in 
2018, including:
● Merck & Co. Inc.’s verubecestat (Also see 

“M&A Pressure Mounts For Merck & Co 
After Alzheimer’s Drug Dismissed” - Scrip, 
14 Feb, 2018.);

● Johnson & Johnson’s atabecestat (Also 
see “More Alzheimer’s Pain As J&J Pulls 
Plug On BACE Inhibitor” - Scrip, 18 May, 
2018.); and

● Eli Lilly & Co./AstraZeneca PLC’s lana-
becestat. (Also see “Lilly/AstraZeneca’s 
Lanabecestat Becomes Latest BACE In-
hibitor Casualty” - Scrip, 12 Jun, 2018.)
Meanwhile, Eisai and Biogen – still 

reeling from the Phase III failure of their 

amyloid-targeting asset aducanumab 
on 21 March – said on 29 March that the 
data safety monitoring board (DSMB) for 
their Phase III studies of elenbecestat rec-
ommended continuation of the early Al-
zheimer’s disease trials.  (Also see “Why Bio-
gen/Eisai’s Aducanumab Failure Is Not The 
End Of Amyloid Hypothesis” - Scrip, 21 Mar, 
2019.) Importantly, the company noted 
that no cognitive decline was associated 
with their drug, unlike with Novartis/Am-
gen’s CNP520 and some other BACE inhibi-
tors.  (Also see “After Abeta Blow, Biogen And 
Eisai Get BACE Boost” - Scrip, 1 Apr, 2019.)

Novartis global drug development 
head and chief medical officer John Tsai 
expressed the company’s disappointment 
in the interim readout for CNP520. In ad-
dition to presenting the Phase II/III results 
in scientific forums to contribute to the 
understanding of Alzheimer’s disease, Tsai 
said the data would be shared with “gov-
ernments, multilateral organizations, pa-
tient groups, pharmaceutical companies 
and society, to ensure that we collectively 
address the public health challenges pre-
sented by this disease.”

Amgen executive vice president for 
research and development David Re-
ese said Amgen still believed “amyloid 
plays an important, but complex, role 
in Alzheimer’s disease. Although the 
outcomes of the research program did 
not lead to the results we aimed for, we 
are committed to sharing our findings 
to help advance the medical and scien-
tific community one step further toward 
finding a prevention for this devastating 
disease.” The discontinuation of stud-

ies for CNP520 comes as Novartis and 
Amgen are suing each other over the 
co-development agreement the com-
panies signed in November 2015 for the 
Novartis-originated BACE inhibitor and 
the Amgen-discovered CGRP inhibitor 
Aimovig (erenumab) for migraine pre-
vention.  (Also see “No More Deal? Novar-
tis, Amgen Trade Lawsuits Over Aimovig 
Agreements” - Scrip, 4 Apr, 2019.) The deal 
was signed back when Aimovig still was 
known as AMG 334.  (Also see “Amgen, 
Novartis Trade Rights For Migraine, Al-
zheimer’s Drugs” - Scrip, 2 Sep, 2015.)

Novartis sued Amgen in April to keep 
its partner from backing out of their 
neuroscience collaboration agreement, 
while Amgen sued Novartis to get out of 
the deal, which was amended in 2017 to 
give Novartis greater rights to Aimovig.  

Amgen said in its lawsuit filed on 4 
April that Novartis violated the terms of 
their agreement when its Sandoz Inter-
national GMBH division entered into a 
contract with Alder BioPharmaceuticals 
Inc. to manufacture Alder’s CGRP inhibi-
tor eptinezumab. Novartis denies that the 
Sandoz agreement breached the Amgen 
deal terms.  

Published online 12 July 2019

“We are committed to sharing our findings to help 

advance the medical and scientific community one 

step further toward finding a prevention for this 

devastating disease.” – David Reese
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ANTIBIOTIC R&D

New Antibiotic Class Is Aim Of Evotec R&D Pact  
With Nosopharm 
STEN STOVALL sten.stovall@informa.com

Development and commercializa-
tion of a completely new class 
of antibiotics called Odilorhab-

dins is the goal behind an R&D pact be-
tween Nosopharm SAS of France and 
German biotech Evotec SE. Clinical trials in 
humans could start within two years.

Under their pact, announced 3 July, the 
duo will initially advance Nosopharm’s 

lead candidate, NOSO-502, to the clinical 
stage, while also developing a second-
generation drug candidate.

The duo will initially focus on chemis-
try, manufacturing and control as well as 
Clinical Trial Application (CTA)-enabling 
and filing activities related to NOSO-502, 
ahead of planned Phase I clinical trials for 
the treatment of complicated urinary tract 
infections (cUTI) and complicated intra-
abdominal infections (cIAI), Evotec’s head 
of anti-infectives operations, Lloyd Payne, 
told Scrip. If successfully progressed to the 
point of human trials, NOSO-502 could 
be first novel antibiotic class against En-
terobacter infections to enter clinics in 40 
years, Payne said.

Nosopharm’s Odilorhabdin class has a 
novel mechanism of action that inhibits 
the bacterial ribosome. 

It is intended for the treatment of 
nosocomial infections caused by Entero-
bacteriaceae, a family of Gram-negative 
bacteria responsible for severe and of-
ten deadly infections. “We believe that 
bringing Nosopharm’s unique natural 

product program, the Odilorhabdins, 
and combining that with Evotec’s sig-
nificant anti-infective drug discovery 
and development expertise and infra-
structure will allow us to realize its sig-
nificant potential to address infections 
caused by difficult-to-treat Gram-neg-
ative bacteria, including those that are 
multidrug-resistant,” Payne said. 

“We regard this as a platform due to 
the new mechanism of action that can be 
used against multiple product profiles or 
indications in this space. It’s not just a ‘one 
trick pony’ on offer here.”

Nosopharm expects CTA-filing to take 
place in 2021 and to launch first-in-human 
studies with NOSO-502 in 2021. The clini-

cal candidate selection process for NOSO-
2G is expected in 2022.

“The aim is that within two years we 
can get to an IND-ready antibiotic. We 
will also have the second generation 
coming in behind that, where we have 
opportunities to identify other indica-
tions,” Payne said.

The parties will use a gateway indica-
tion of complicated UTI. “That will allow 
an earlier market entry, followed by added 
indications later,” Payne explained.

He noted that that regulatory approach 
using complicated UTI as a gateway indi-
cation was successfully used in 2015 for 
Allergan PLC’s Avycaz (ceftazidime/avi-
bactam), a non-beta-lactam beta-lacta-
mase inhibitor that inactivates some beta-
lactamases and protects ceftazidime from 
degradation. 

He said the last novel class of antibiotic 
to be approved to treat infections caused 
by a broad spectrum of Gram-negative 
bacteria is widely regarded to be the fluo-
roquinolones, used to treat a variety of 
illnesses such as respiratory and urinary 
tract infections. The first of these to win 
approval was Merck & Co. Inc.’s Noroxin 
(norfloxacin) in the early 1980s, followed 
by other drugs that were developed to im-
prove spectrum, potency and toxicity, but 
which were of the same class. 

Deal terms between Evotec and Noso-
pharm are confidential, but Payne said the 
arrangement’s structure is typical in that it 
involves milestones and royalties at par-
ticular trigger points.

“Once the program is partnered and 
finally commercialized there will be a 
share in royalties, so it’s a fairly standard 
pharma approach being taken here,” he 
concluded.  

Published online 10 July 2019
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MEHTA ANALYSIS

What Do Facebook Libra And Democrats At 
Presidential Debates Have In Common?
VIREN MEHTA mehta@mpglobal.com

Just as the summer equinox ushered 
in dreamy thoughts of our next holi-
day, two of the major industries that 

account for about a third of the global 
output faced more intense summer heat, 
which may not dissipate even as the sea-
sons change.

Facebook, with over two dozen of the 
planned 100 major global merchants al-
ready signed up, said it is ready to roll out 
its Libra financial instrument – anchored 
around blockchain – setting the stage to 
strip the traditional financial institutions 
of their day job. The proposed frictionless 
financial instrument will, among many 
benefits, be available to the 85% of the 
world population presently unable to ac-
cess essential financial services, thanks to 
the limitations of the services that the tra-
ditional banks choose to offer.

THE DEMOCRATS’ ANSWER?
The Democrats have two dozen candi-
dates claiming to qualify as the next presi-
dent of the US in the 2020 elections, and 
biopharma is one of the primary targets 
they are using to prove their qualifications. 
None of them can quite articulate how 
they would rid the world of biopharma 
malpractice, but blockchain may be what 
they mean. Or at least that is what they 
should offer as an effective solution for 
the 21st century. As with Facebook Libra’s 
frontal attack on the financial industry, the 
attacks on biopharma should be aimed at 
freeing up the sclerosed system of undue 
regulations so the consumer can decide 
the value of the therapies they need.

The financial and biopharma industries 
are among the most regulated in our capi-
talist system, where regulations provide a 
secure curtain for the established compa-
nies to hide behind and play the market 
forces to an unfair self-interest. For ex-
ample, these companies can create per-
petual monopolies with incremental, and 
at times no innovation. A string of middle-
men aggravates the pain, if not pouring 
salt on the wound. Consumers have little 
choice but to take it on the chin. An ever-

increasing proportion of patients either 
go without or go bankrupt.

The power of blockchain technology is 
to record the inviolable trail of every step 
of a business function. When combined 
with total and transparent access to rel-
evant information, along with fresh regu-
latory oversight of these technologies, a 
consumer should be able to choose and 
pay for the value she receives. Above all, 
many more would have access.

Both industries, finance and biopharma, 
when duly reinvented, promise to greatly 
improve our lives. The process of reinven-
tion should strengthen both the industries 
as well as the establishment companies – as 
that is the only way they would survive. 

To be sure, both the financial and bio-
pharma industries already deploy block-
chain at an accelerating pace, from se-
curing supply chains to tracking each 
click of a contract to recording payment 
trails. But Libra aims to pull the rug from 
under the entrenched financial interest 
groups, streamline regulatory obligation 
in the current structure, and open up the 

system: initially through its partners and 
eventually directly at the consumer level.

TRANSPARENCY + 
TRACEABILITY = EFFICIENCY
Similar fundamental regulatory and R&D 
process rethink is needed for biopharma 
to prepare for the transparency required 
in the 21st century.  

Imagine an experienced biopharma 
R&D team that deploys the modern tools 
of life sciences to validate a therapeutic 
agent for a selected target along with a 

companion diagnostic, which then quick-
ly enrolls appropriate patients in one or 
two small but well-powered clinical stud-
ies to demonstrate acceptable safety and 
efficacy. Today, this process averages over 
a decade and costs a billion dollars.  

Now imagine this proven team conduct-
ing these studies in an environment where 
transparent information flow and block-
chain-ensured tracking will enable this 
development cycle in a handful of years 
at a tenth of the current cost. The resulting 
data can be scrutinized by the interested 
patient and her team of clinical experts to 
decide if this is the right treatment for her 
and obtain it online at a fair price. To be 
sure, numerous specific issues will need to 
be revamped during the transition phase 
such as empowering the patient to truly 
take charge with the help of her team and 
regulators gaining comfort with real-time 
and real-world data, just as Libra will need 
to address money laundering, privacy, and 
the garbage-in-garbage-out challenge 
that can compromise the quality of this in-
violable validation trail.

Facebook Libra illustrates how the antiquated 

regulatory systems that often enrich the established 

companies more than they benefit the consumer can 

be awakened overnight.

Viren Mehta
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Pipeline Watch - 5-11 July 2019
Phase II

Search

Phase IIb 
Updated 
Results

uniQure N.V. AMT-061, gene therapy Hemophilia B Durable Clinical Bene�t 0 60

Phase II 
Updated 
Results

Ipsen SA/Servier Onivyde (irinotecan)
Pancreatic 
Cancer, First- 
Line

Promising In Metastatic 
Disease 0 100

Phase II 
Updated 
Results

Novo Nordisk A/S concizumab Hemophilia A 
and B

Explorer 5 (Hemophilia A); 
Encouraging Results 0 30

Phase II 
Updated 
Results

Genmab Darzalex 
(daratumumab)

Multiple 
Myeloma 

GRIFFIN; Met Primary 
Endpoint 0 100

Phase I/III 
Updated 
Results

CSL Limited Afstyla (single-chain 
Factor VIII)

Hemophilia A In 
Obesity AFFINITY;  Effective 0 100

Phase I/IIa 
Updated 
Results

Sano� BIVV 001, gene 
therapy Hemophilia A EXTEN-A; Positive Data 0 30

Phase I/II 
Updated 
Results

P�zer 
Inc./Sangamo SB-525, gene therapy Hemophilia A

Alta (Study 1603); 
Improved Factor VIII 
Levels

0 31

Phase I/II 
Updated 
Results

uniQure/Chiesi AMT-060, gene therapy Hemophilia B CT-AMT-060-01; Durable 
Responses 0 34

Phase I/II 
Updated 
Results

Freeline 
Therapeutics FLT180a, gene therapy Hemophilia B B-AMAZE; Encouraging 

Data 0 0

Phase I/II 
Updated 
Results

Sano�/Alnylam �tusiran Hemophilia A 
and B OLE; Sustained Effects 0 59

Phase I/II 
Updated 
Results

BioMarin 
Pharmaceutical 
Inc.

valoctocogene 
roxaparvovec, gene 
therapy

Hemophilia A Durable Therapeutic 
E�cacy 0 66

Phase II Top-
Line Results Bayer AG Stivarga (regorafenib) Colorectal

Cancer 
RE-ARRANGE; Promising 
Results 0 100

Phase II Top-
Line Results

Y-mAbs 
Therapeutics Inc. naxitamab Brain Cancer 

201 (Osteomedullary 
Disease); Encourging 
Results

0 10

Phase II Top-
Line Results

BioMarck 
Pharmaceuticals, 
Ltd.

BIO-11006 Non-Small Cell 
Lung Cancer 

vs. SOC; Response Rates 
Improved 0 10

Phase II Trial 
Initiation

AzurRx BioPharma, 
Inc. MS1819

Exocrine 
Pancreatic 
Insu�ciency 

w/PERT; In Cystic Fibrosis 0 24

Phase II Trial 
Initiation

Cara Therapeutics, 
Inc.

Korsuva 
(CR845/difelikefalin) Pruritus In Patients With Atopic 

Dermatitis 0 70

Phase II Trial 
Initiation EIP Pharma, Inc. ne�amapimod Huntington's 

Disease
To Look At Cognitive 
De�cits 17

Phase II Trial 
Initiation Pulmatrix, Inc. Pulmazole 

(itraconazole) Aspergillosis Four-Arm Study 8 27

Phase II Trial 
Initiation

Kadmon Holdings, 
Inc. KD025

Cutaneous 
Systemic 
Sclerosis

In Adults 20

Phase I/II 
Trial Initiation 4D Pharma MRx0004, Live 

Biotherapeutic
Asthma, Poorly 
Controlled As Add-On Therapy 18 18

Event Stage Lead 
Company/Partner Drug Name Indication Comments

Change 
To LOA 
(%)

LOA 
(%)

Phase III
Search

Phase III 
Published 
Results

Biohaven 
Pharmaceutical rimegepant Acute Migraine BHV3000-302;

NEMJ, 11 July, 2019
94

Phase III 
Published 
Results

Eli Lilly & Co Emgality (galcanezumab-
gnim)

Episodic Cluster 
Headache NEJM, 11 July, 2019 0 100

Phase III 
Updated 
Results

Array BioPharma, 
Inc.

Braftovi 
(encorafenib)/Mektovi 
(binimetinib)/Erbitux 
(cetuximab)

Colorectal Cancer, 
BRAF-Mutant

BEACON CRC; 
Improved Survival 0 43

Phase III 
Updated 
Results

CSL Limited Idelvion (albutrepenonacog 
alfa)

Hemophilia B 
Undergoing 
Surgery

Good Hemostatic 
E�cacy 0 100

Phase III 
Updated 
Results

Novo Nordisk A/S Rebinyn (nonacog beta pegol) Hemophilia B, In
Children

Paradigm 5, 6; 
Effective, Well-
Tolerated

0 100

Phase III 
Updated 
Results

Roche Holding AG Hemlibra (emicizumab) Hemophilia A HAVEN 1,2,3 4; 
Sustained Bene�t 0 100

Phase III 
Updated 
Results

Alder 
Biopharmaceuticals, 
Inc.

eptinezumab Migraine
PREVAIL, PROMISE 
1, 2; Clinical 
Improvements

0 91

Phase III 
Updated 
Results

Biohaven 
Pharmaceutical rimegepant ODT Formulation Acute Migraine BHV3000-303; 

Sustained Bene�ts 0 94

Phase II/III 
Updated 
Results

Catalyst 
Biosciences, Inc. marzeptacog alfa Hemophilia A and 

B
MAA-201; Met 
Primary Endpoint 1 31

Phase II/III 
Updated 
Results

Bayer AG Jivi (damoctocog alfa pegol) Hemophilia A PROTECT-VIII; 
E�cacy Maintained 0 100

Phase IIIb 
Top-Line 
Results

Roche Holding AG Hemlibra (emicizumab) Hemophilia A STASEY; Well 
Tolerated 0 100

Phase III 
Top-Line 
Results

Sol-Gel 
Technologies Ltd. Epsolay (benzoyl peroxide) Rosacea SGT-54-02; Met Co-

Primary Endpoints 8 70

Phase III 
Top-Line 
Results

Intra-Cellular 
Therapies, Inc. lumateperone Bipolar Disorder

Study 404 
(Monotherapy); Met 
Primary Endpoint

2 53

Phase III 
Top-Line 
Results

Johnson & 
Johnson/Bayer Xarelto (rivaroxaban)

Venous 
Thromboembolism 
In Children

EINSTEIN JR; 
E�cacy Shown 0 100

Phase III 
Top-Line 
Results

Akebia 
Therapeutics, Inc. Auryxia (ferric citrate) Anemia IDA (Japan); Met 

Primary Endpoint 0

Phase III 
Top-Line 
Results

Boehringer 
Ingelheim GmbH Pradaxa (dabigatran)

Venous 
Thromboembolism, 
In Children

DIVERSITY; 
Effective, Well 
Tolerated

0 100

Phase III 
Top-Line 
Results

ViiV Healthcare Dovato 
(dolutegravir/lamivudine) HIV/AIDS TANGO; Effective In 

Switched Patients 0 100

Phase III 
Trial 
Initiation

GlaxoSmithKline plc cabotegravir/rilpivirine inj HIV/AIDS
CUSTOMIZE; 
Clinical Practice 
Approach

0 94

Event 
Stage

Lead 
Company/Partner Drug Name Indication Comments

Change 
To LOA 
(%)

LOA 
(%)

Approvals
Search

Approval Azurity
Pharmaceuticals

Katerzia (amlodipine) oral 
suspension

Hypertension, Coronary Artery 
Disease US For Pediatric 

Patients, Adults

Event 
Type

Lead 
Company/Partner Drug Name Indication Market Comments

Source = Biomedtracker; LOA = Biomedtracker's opinion on likelihood of approval.
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Click here for the entire pipeline 
with added commentary: 
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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, 5–11 JULY 2019

Source: Biomedtracker | Informa, 2019

http://bit.ly/2mx4jY3


scrip.pharmaintelligence.informa.com July 19, 2019   |   Scrip   |   23

MEHTA ANALYSIS

APPOINTMENTS

Company Move
Search

Jeff 
Poulton

Alnylam 
Pharmaceuticals 
Inc

Chief Financial O�cer 
and Executive Vice 
President

Indigo Ag 
Inc Chief Financial O�cer 7/11/19

Sanjay 
Keswani

Annexon 
Biosciences Chief Medical O�cer Roche

Senior Vice President and Global Head, 
Neuroscience, Ophthalmology and Rare 
Diseases Research and Development

7/9/19

Lisa L. 
Decker Atreca Inc Chief Business O�cer Nektar 

Therapeutics Vice President, Business Development 7/11/19

Tim 
Pearson

Carrick 
Therapeutics Chief Executive O�cer TESARO Chief Financial O�cer and Executive Vice 

President 6/28/19

Vijay 
Yabannavar

Gritstone 
Oncology Inc

Executive Vice President, 
Manufacturing and 
Technical Operations

Merck Vice President, Global Technical 
Operations 7/8/19

Lori 
Friedman

ORIC 
Pharmaceuticals Chief Scienti�c O�cer Genentech Head, Translational Oncology 7/9/19

Joyson 
Karakunnel

Tizona 
Therapeutics Inc

Chief Medical O�cer and 
Senior Vice President

Arcus 
Biosciences

Vice President, Head, Clinical 
Development, Regulatory and Safety 7/11/19

Executive To Company New Role From 
Company Previous Role Effective 

Date

Promotion
Search

Patrik 
Johnsson Eli Lilly & Co Senior Vice President and President, Lilly 

Bio-Medicines
President and General Manager, Lilly 
Japan 8/31/19

Andres 
Ruiz 
Briseno

Ideaya 
Biosciences Inc Vice President, Finance Controller 7/9/19

Paul A. 
Stone

Ideaya 
Biosciences Inc Chief Financial O�cer Senior Vice President, Head, 

Operations and General Counsel 7/9/19

Glenn G. 
Coleman

Integra 
LifeSciences 
Holdings Corp

Chief Operating O�cer
Chief Financial O�cer, Corporate Vice 
President and Principal Accounting 
O�cer

6/24/19

Geoffrey 
Ling NED Biosystems Chief Executive O�cer Director and Scienti�c Advisory Board 

Member 7/10/19

Han Zhang NeuroproteXeon 
Inc Vice President, Quality Director, Quality 6/21/19

Elke Bestel ObsEva SA
Vice President, Head, Drug Safety and 
Pharmacovigilance and Executive 
Committee Member

Chief Medical O�cer 7/15/19

Yaky Yanay Pluristem 
Therapeutics Inc Chief Executive O�cer and President Co-Chief Executive O�cer, President 

and Director 6/24/19

Executive To Company New Role Previous Role Effective 
Date

Director
Search

Craig A. 
Tooman CureVac AG Supervisory Board Member 6/24/19

Timothy M. 
Wright CureVac AG Supervisory Board Member 6/24/19

Robin 
Hutchison

Kalytera Therapeutics 
Inc

Director and Member, Audit, Compensation and Governance and 
Nominating Committee 6/21/19

Natasha A. 
Hernday PDL BioPharma inc Director 6/24/19

Elizabeth 
Czerepak

Spectrum 
Pharmaceuticals Director and Chairman, Audit Committee 6/20/19

Executive To Company New Role Effective 
Date

Advisor
Search

Jeffrey Cummings Cortexyme Inc Clinical Advisory Board Member 6/19/19

Lon Schneider Cortexyme Inc Clinical Advisory Board Member 6/19/19

Pierre N. Tariot Cortexyme Inc Clinical Advisory Board Member 6/19/19

Brigitte Kieffer Domain Therapeutics Scienti�c Advisory Board Member 6/24/19

J. Silvio Gutkind Domain Therapeutics Scienti�c Advisory Board Member 6/24/19

Morley D. Hollenberg Domain Therapeutics Scienti�c Advisory Board Member 6/24/19

Youssef Bennani Domain Therapeutics Scienti�c Advisory Board Member 6/24/19

Executive To Company New Role Effective Date

But there should only be a relatively 
short window of time before such a trace-
able, transparent format proves its vastly 
superior safety and benefits. Just as Tesla 
continuously learns enormous amounts 
from real-time and real-world evidence 
fed in by its cars on the road, making the 
three Tesla car models the three safest 
cars on the road—all of this in less than 
a decade—a rational deployment of the 
tools of life sciences and information tech-
nology together can begin to deliver a 
growing stream of effective if not curative 
therapies for the entire world, not just a 
minority who can afford it.

Facebook Libra illustrates how the an-
tiquated regulatory systems that often 
enrich the established companies more 
than they benefit the consumer can be 
awakened overnight, though it has al-
ready drawn the ire of a host of stake-
holders, from the central banks to main 
street banks. Nevertheless, most of the 
central banks are planning to accelerate 
their blockchain-based financial instru-
ments, lest they lose their right to control 
the financial industry. The Bank of Eng-
land plans to open up its overnight vault 
beyond commercial banks, which will 

greatly reduce costs for the newcomers 
in finance. Simply the announcement of 
Libra has already succeeded in catalyzing 
financial rethink, even if Facebook does 
not succeed with its implementation. The 
same philosophy can accelerate the ben-
efits of life sciences, where the innovation 
cycle is at a tipping point, and the confi-
dence that the blockchain rules can instill 
will ensure that neither the regulators nor 
the established companies slow down the 
realization of this promise.

PHARMA’S ‘MANHATTAN 
PROJECT’ BECKONS
Just as another tech company if not a total 
newcomer can be expected to build on 
the forces that the announcement of Li-
bra has triggered, biopharma awakening 
will be triggered soon, regardless of how 
the presidential debates unfold and who 
is elected as the next President of the US 
in 2020. One of the tech groups or more 
likely a start-up may begin the above R&D 
journey somewhere with total transpar-
ency worldwide so that every patient will 
be able to judge the value of each thera-
py such a group discovers, develops and 
brings to the market online.

Just as a computer or a personal gene 
sequence is a $1,000 commodity today, 
something that we could not imagine a 
decade ago, there is now an opportunity to 
create biopharma’s own ‘Manhattan Proj-
ect’ to offer exceptionally effective treat-
ments, if not cures, for a majority of dis-
eases plaguing mankind for under $1,000 
per patient by 2040 – as we challenged the 
industry’s leaders in our last column. Oth-
erwise an unknown start-up can be count-
ed on accomplishing for biopharma what 
Facebook Libra has proposed this sum-
mer for the entrenched financial interests. 
Biopharma managers have deep experi-
ence and practically unlimited resources, 
giving them a tremendous edge over any 
start-up in holistically integrating IT tools, 
including blockchain, to help bring regula-
tory processes into 21st century, and ac-
complishing this noble goal for their own 
good as well as that of society. 

Published online 12 July 2019

Viren Mehta founded and is managing 
member of Mehta Partners, LLC, a globally 
integrated boutique providing strategic in-
sights to senior management teams in the 
biopharmaceutical sector for nearly 30 years.
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