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Mylan To Explore Strategic Options, 
Claiming Investors Have Failed To 
Appreciate The Value 
JESSICA MERRILL jessica.merrill@informa.com

Mylan NV’s board of directors an-
nounced Aug. 8 that it is review-
ing strategic alternatives for the 

company as the generic drug manufactur-

er’s stock price has remained undervalued, 

and as the company said US pharmaceuti-

cal trends are unsustainable. The news co-

incided with disappointing second quarter 

financial results, with Mylan’s North Ameri-

can sales down 22% under intense pressure. 

The lower sales were largely due to a 

manufacturing setback at the company’s 

plant in Morgantown, W.Va. manufacturing 

facility following an FDA Form 483 report in 

April, which cited the plant for 13 violations. 

The manufacturing issues impacted vol-

umes in the second quarter, the company 

said, while broader market challenges in the 

US generics segment, mainly pricing pres-

sure and the slow uptake of new complex 

generics, continued to persist. 

Management provided few details on 

what kind of strategic options the com-

pany would most likely pursue, but said it 

is exploring multiple different options and 

has formed a strategic review committee to 

evaluate a wide-range of possibilities. There is 

no timetable for the process, the board said. 

“There’s no things off the table,” Mylan 
CEO Heather Bresch said during the second 
quarter earnings call. “There is really nothing 
more to say.” 

‘PERVERSE INCENTIVES’
The slow uptake of complex generics and 
biosimilars in the US – notably Mylan’s own 
generic version of Teva Pharmaceutical 
Industries Ltd.’s multiple sclerosis block-
buster Copaxone (glatiramer) – was an issue 
of contention with Bresch, who addressed 
investors with clear concerns about what 
she said is an unsustainable business model. 

“There is no doubt we are witnessing a 
continued rebasing of the entire US phar-
maceutical system,” Bresch said. 

“While the dialogue has evolved tremen-
dously, actions by market participants to im-
prove the US health care environment have 
been less productive,” she said. “A significant 
reason for this I believe is that the business 
of health care and the public company 
framework in which it is conducted have 
created entrenched interests that have no 
incentive to correct course themselves.”

Interestingly, Mylan’s price increases for 
EpiPen fueled some of the debate about 
high drug prices going around Washington 
circles now, but Bresch insisted the prob-
lems that arose with EpiPen only put a spot-
light on the broader issues in the industry. 
Now Bresch used the second quarter call to 
highlight the incentives impacting the com-
plex generic and biosimilar space. 

Mylan launched the first generic of Teva’s 
Copaxone 40 mg late last year, but Teva has 
managed to hold most of the market share 
by competing on price. Mylan recently 
took a hefty 60% price cut on its version of 
glatiramer to make bigger inroads into the 
market, but challenging market dynamics 
are also impacting other complex generics 
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from the head of pharma news 
mike.ward@informa.com

At a time when UK biotechs are enjoying their time in 
the sun, as the sector dominates the European VC fund-
ing stage, news that Ligand was acquiring Vernalis for 
a net price of about $8 million may not only provide 
final closure on one of UK biotech’s sorriest episodes 
but will also highlight why UK biotechs struggled for 
years to convince investors to back them. Vernalis was 
the optimistic name (it derives from Spring) given, in 
2003, to a vehicle designed to consolidate what was es-
sentially a distressed UK biotech sector that included 
Vanguard Medica, Cerebrus, CeNes Pharmaceuticals, 
Ionix Pharmaceuticals, as well as the notorious British 
Biotech, which had previously acquired RiboTargets. 
Over the 30 year history of the company and its an-
tecedents, Vernalis raised almost $960 million from 

the capital markets and has little to show for its ef-
forts. For years after the catastrophic 1998 blow-out at 
British Biotech, which saw the company’s market cap 
plummet from about $2.6 billion to about $100 mil-
lion, investors blamed the debacle for their avoidance 
of investing in UK biotechs. 

Ironically, one of the investors most exposed to Brit-
ish Biotech’s fall from grace was one Neil Woodford, 
then a manager at Perpetual Invesco that held a 9.4% 
stake in the company, and yet he never lost the faith 
and remains a cornerstone investor of the sector and 
a key advocate of patient capital. Hopefully, with Ver-
nalis being acquired by Ligand, investors will follow 
Woodford’s example and accept that it is probably 
time to forgive and forget. It was over 20 years ago….

pharma.informa.com
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Artios Pharma Hooks Novartis & Pfizer In Over-
Subscribed £65M Series B Round
https://bit.ly/2KXlKYE

With DNA damage repair pathways attracting a lot of attention 
as potential targets against various cancers, three-year old Artios 
Pharma has raised £65 million in an over-subscribed Series B round 
to fund the clinical development of its pipeline through to 2023.

Timing Is Everything As Mereo Still Eyes US Listing
https://bit.ly/2MQ1jyS

The London-headquartered firm believes that its efficient 
control of costs and strong data in support of its investigational 
treatments for rare respiratory, bone and endocrine diseases will 
attract investors across the Atlantic once it decides to refile for a 
listing on the Nasdaq.

A Safe Harbor For Biotechs? Ascletis, BeiGene Mark 
Early Wins For HK Exchange
https://bit.ly/2KXlJ7l

The market debuts of BeiGene and Ascletis on the new Hong 
Kong Stock Exchange’s Biotech section could further encourage 
other Chinese biotech companies as they seek to draw in a wider 
pool of investors and focus on the promising domestic sector.

RedHill’s Antibiotic Approach For Crohn’s Shows 
Promise, Caveats Remain
https://bit.ly/2vPeM3n

Top-line data for a Phase III trial of RedHill’s antibiotic 
combination for use in Crohn’s disease show the study has hit 
its primary endpoint, but there is still some way to go before 
filings can be made for the novel approach.

Start-Up Quarterly Statistics: A Record-Breaking Q2 
As Financings Surge
https://bit.ly/2PiY8Bs

Biopharma start-ups had a record-breading quarter in terms of 
fundraising. A review of biopharma start-up deal-making and 
financing activity from April through June 2018, based on data 
from Strategic Transactions.

Finance Watch: Investments In Regenerative 
Therapies Surged In The Second Quarter
https://bit.ly/2MQbDGS

Global financings for cell and gene therapy and tissue 
engineering companies more than doubled in the second 
quarter; financings for the sector rose 79% in the first half of 
2018. Also, Samumed leads recent venture funding deals with 
a $438m round.
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A Renewal Begins For Bausch (Née Valeant),  
But Challenges Ahead
JESSICA MERRILL jessica.merrill@informa.com

Bausch Health Companies Inc. held 
its first sales and earnings call Aug. 7 
after transitioning to the new name 

from the tarnished Valeant Pharmaceuti-
cals. The company, operating also under 
new leadership and a new ticker symbol, 
continues to show slow steady progress, re-
porting organic sales growth in the second 
quarter, the second consecutive quarter of 
growth, even though revenues declined 5% 
to $2.12bn including divestitures.

Investors reacted favorably to the an-
nouncement with the stock closing up 4.5% 
to $23.52. The company unveiled the new 
corporate name and ticker symbol BHC dur-
ing its first quarter earnings call in May.

The second quarter is the first the compa-
ny operating under a new financial report-
ing structure with four business segments: 
Bausch & Lomb/International, Salix, Ortho 
Dermatologics and Diversified Products, 
which includes generics.

DERMATOLOGY LAGS
The dermatology segment, Ortho Der-
matologics, continues to weigh on sales, 
though it is the company’s smallest busi-
ness segment. Revenues were down 12% 
to $142m. In June, the company received 
a complete response letter from FDA for 
Duobrii (halobetasol/tazarotene) lotion for 
psoriasis, a potential new growth driver. 
The company believes it can turnaround 
the struggling dermatology business and 
has said it believes the segment could dou-
ble by 2022, but it will need successful new 
launches to get there. 

“Importantly, the CRL did not specify any 
deficiencies related to the clinical efficacy or 
safety of Duobrii and we have identified no 
issues with the CMC,” CEO Joseph Papa said 
during the same-day call. The letter included 
questions related to pharmacokinetic data, 
specifically around drug absorption, distri-
bution, metabolism and excretion, he said. 

“We are working to resolve this matter ex-
peditiously and have already met with FDA,” 
Papa added. Bausch should be on track to 
resubmit the additional data to the regulator 
within 30 days and anticipates a six-month 

review timeline following submission, push-
ing a potential launch back to 2019. 

“We continue to have confidence in the 
approval and hope to bring forward this 
important new treatment option for those 
with psoriasis as quickly as possible,” Papa 
said. Another psoriasis product Bryhali, a 
topical steroid, has an Oct. 5 action date.

SILIQ’S SLOW LAUNCH
The launch of Siliq (brodalumab) has been 
off to a notably slow start, with $4m in net 
sales in the second quarter, dismal results for 
a psoriasis drug that launched more than a 
year ago. “Siliq is a slow build, but week to 
week to week we are seeing more physi-
cians write the product,” Papa said. “We are 
committed to making Siliq a success.” 

Siliq is an IL-17 inhibitor competing with 
other recent IL-17 blockers, including No-
vartis AG’s Cosentyx (secukinumab) and Eli 
Lilly & Co.’s Taltz (ixekizumab), but unlike 
those rivals, Siliq carries a warning for sui-
cidal ideation. 

BAUSCH & LOMB AND SALIX  
ON TRACK
Bausch’s ophthalmology business Bausch & 
Lomb/International is the company’s larg-
est business segment, representing 57% of 
the company’s sales. Second quarter rev-
enues of $1.22bn were down 1% over the 
2017 quarter, but excluding the impact of 
divestitures and discontinuations, revenues 
increased by 4%, driven by volume gains. 

The gastrointestinal-focused business unit 
Salix is the fastest growing, with sales up 14% 
to $441m. Xifaxan (rifaximin) makes up most 
of the sales, with revenues of $294m and sol-
id 26% revenue growth, along with Reslistor 
(methylnaltrexone), which grew 43%. 

Salix, with partner US WorldMeds, is in 
the midst of launching Lucemyra (lofexidine) 
tablets, the first non-opioid medication for 
mitigation of opioid withdrawal symptoms 
to facilitate abrupt opioid discontinua-
tion in adults, which was approved in May. 
PS123139 Salix signed on as a commercial 
partner under a co-promotion agreement 
with US WorldMeds LLC in June. 

“We believe there is a huge unmet need 
in this market for a non-opioid to mitigate 
withdrawal symptoms, which can include 
physical pain and sleep disturbance,” Papa 
said. “Lucemyra is a perfect fit for our sales 
reps, who are already promoting Relistor 
for opioid-induced constipation.” 

He said the company is interested in fur-
ther leveraging the Salix commercial organi-
zation through business development. 

Salix also signed a research agreement with 
Cedars-Sinai Medical Center to investigate the 
microbiome for the treatment of GI disorders, 
working with the lab of microbiome investi-
gator Mark Pimental, executive director of the 
Medically Associated Science and Technology 
(MAST) program at Cedars-Sinai. 

Bausch’s Diversified Products segment 
also struggled in the quarter, with sales 
down 27% to $336m, though the decline 
was primarily driven by divestitures and 
discontinuations. Excluding those, sales de-
clined 8%. 

PRICE PLEDGE
As Valeant, the company came under fire for 
raising drug prices, most notably on older 
medicines. Former CEO Michael Pearson 
built the company on a buy-and-cut busi-
ness model that relied heavily on price 
increases for growth. That all began crum-
bling in 2015, leaving Valeant to find a new 
way to return to growth while managing a 
mountain of debt and lawsuits. 

Now Papa said the company would not 
raise any prices on prescription drugs for 
the remainder of the year, echoing com-
ments made across much of the industry 
as President Trump has publicly shamed the 
industry for raising prices.

“One unique advantage for Bausch 
Health is that approximately 54% of our rev-
enues come from a diversified mix of medi-
cal devices, over-the-counter products, 
prescription and branded generic products 
sold outside the United States,” he said. “So, 
in other words, 54% of our products are not 
exposed to the US branded prescription 
drug pricing environment.”  

Published online 7 August 2018
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Express Scripts Rewards Low List-Priced Brands In 
2019 Formulary, Retains Focus On Rebates
CATHY KELLY catherine.kelly@informa.com

Pharmacy benefit manager Express 
Scripts Holding Co. rewarded two 
low-priced single source drugs in 

high-cost categories with preferred status 
in its 2019 national preferred formulary – 

Mylan NV’s combination pills for HIV, Symfi 
and Symfi Lo, and Merck & Co. Inc.’s Zepa-
tier for hepatitis C. 

Express Scripts’ national preferred formu-
lary is an option for payer clients and cur-
rently covers more than 25m Americans, 
giving the PBM’s coverage policies signifi-
cant clout in the employer-sponsored in-
surance market. The 2019 version was an-
nounced Aug. 7.

The PBM highlighted its decisions to pre-
fer Symfi and Zepatier as it announced the 
2019 formulary Aug. 7. 

Symfi and Symfi Lo (efavirenz, lamivudine 
and tenofovir disoproxil fumarate) have 
40% lower list prices than Gilead Sciences 
Inc.’s Atripla (efavirenz, emtricitabine, teno-
fovir disoproxil fumarate), which will be ex-
cluded from coverage, Express Scripts said. 
The Mylan drugs launched in early 2018 as 
a discount combination treatment option.  
(Also see “Mylan Plans To Compete In US HIV 
Market With Two Fixed-Dose Combos” - Scrip, 
5 Mar, 2018.)

Zepatier (elbasvir and grazoprevir) is 
the “low-priced leader” among hepatitis C 
drugs, Express Scripts pointed out. It will 
be moved to the formulary’s preferred sta-
tus next year after being excluded in 2018. 

Merck announced recently that it will cut 
Zepatier’s price by 60% beginning this fall.  
(Also see “Merck’s New Pricing Pledge Shows 
Style Over Substance” - Scrip, 19 Jul, 2018.)

Also preferred among HCV drugs will 
be Gilead’s Harvoni (ledipasvir, sofosbuvir), 
Epclusa (sofosbuvir, velpatasvir) and Vos-
evi (sofosbuvir, velpatasvir and voxilaprevir), 
suggesting generous rebates from the man-
ufacturer. But AbbVie Inc.’s Mavyret (gleca-
previr and pibrentasvir) will be excluded.

Express Scripts emphasis of formulary 
placement for low-list price products fol-
lows its proposal to lower list prices by en-
couraging firms to market cheaper versions 
of their products with different NDC codes. 

But the formulary, like the broader mar-
ketplace, continues to reflect an emphasis 
on rebates to lower net prices. “After clinical 
considerations, formulary preference is giv-
en to high-value therapies with the lowest 
net cost for clients, achieved through low 
list price, rebate or both,” the pharmacy ben-
efit manager explained. 

A total of 242 drugs are excluded from 
the national preferred formulary in 2019, 
up from 196 in 2018. Among 48 new ex-
clusions for 2019 are 37 single-source 
brands with a high list cost, representing 
the most single-source brands the formu-
lary has excluded to date. Express Scripts 
says the formulary will save health plan 
clients $3.2bn in 2019. 

The PBM will exclude multiple sclerosis 
drug Extavia (Novartis AG’ interferon beta-
1b) from its formulary in 2019.  But a num-
ber of other beta interferons are covered as 
preferred alternatives: Biogen Inc.’s Avonex 
and Plegridy, Bayer AG’s Betaseron, and 
EMD Serono Inc.’s Rebif.

The 2019 formulary does not have any 
new exclusions in the insulin, anti-diabetic, 
neutropenia, or respiratory categories. The 
decisions pertaining to those treatments in 
the 2018 formulary will remain in effect.  

For example, Sanofi’s Lantus (insulin 
glargine) will remain a preferred insulin 
while follow-on Basaglar, marketed by Eli 
Lilly & Co. and Boehringer Ingelheim 
GMBH, will remain non-preferred. 

Mylan’s EpiPen epinephrine products, 
including its authorized generic, will con-
tinue to be preferred and kaleo Inc.’s 
Auvi-Q and the Impax Laboratories Inc., 
Lineage Biomedical Inc. and A-S Medi-
cation epinephrine auto-injectors will 
continue to be excluded.

Amgen Inc.’s granulocyte colony stim-
ulating factor Neupogen (filgrastim) will 
remain off formulary and two follow-ons, 
Teva’s Granix (tbo-filgrastim) and Novar-
tis’ biosimilar Zarxio (filgrastim-sndz), will 
be preferred.

The 2019 formulary does not currently 
include changes in coverage for anti-
inflammatory drugs, such as treatments 
for rheumatoid arthritis. However, the 
PBM noted that “treatments for inflam-
matory conditions are subject to change 
throughout the year based upon changes 
in market dynamics, new indications for 
existing products, biosimilars and new 
product launches.”  

Published online 7 August 2018
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Perrigo Looks To Spin Out Or Sell Off Rx Business,  
But Will Separating Generics Add Value?
MANDY JACKSON mandy.jackson@informausa.com

Perrigo Co. PLC said on Aug. 9 that 
spinning out or selling its prescription 
pharmaceuticals will allow the gener-

ics business to better capitalize on its unique 
portfolio, while the company focuses on its 
over-the-counter medicines, but the value 
of this proposition isn’t immediately clear 
outside of Perrigo.

The company announced alongside 
its second quarter earnings that it com-
pleted a previously disclosed strategic 
portfolio review and determined that 
the best strategy going forward would 
be to remove the topical generics from 
Perrigo’s broader portfolio. The decision 
comes two years after the company was 
pressured by certain investors to divest 
the prescription pharma business and at a 
time when Perrigo’s own generics and the 
broader generics industry are challenged 
to increase revenues.

Other major generic pharma players have 
reported big declines in sales during this 
and the past few earnings seasons as drug 
pricing pressures mount in the US – even 
for low-cost copies of high-cost branded 
prescription medicines.

Most recently, Mylan NV said on Aug. 
8 that its second quarter North American 
sales fell 22% year-over-year, forcing the 
company to explore its own strategic alter-
natives. A week earlier, Teva Pharmaceuti-
cal Industries Ltd., which is facing pricing 
and competitive pressures in both its ge-
nerics and its branded drug portfolios, said 
North American generics sales plunged 
29% in the second quarter.

Perrigo believes it has a differentiated ge-
nerics portfolio dominated by topical treat-
ments, including creams, foams, mousses, 
gels, liquids and inhalable products. How-
ever, that mix of medicines did not give the 
Irish-domiciled company immunity from 
pricing pressures in the US as net sales of its 
generics declined 13.2% year-over-year in 
the second quarter.

“Reported net sales in the quarter were 
$209m compared to $240m last year. New 
product sales of $8m were more than offset 
by lower net sales of existing products of 

$35m, due primarily to price erosion,” Chief 
Operating Officer Ron Winowiecki said dur-
ing the company’s earnings conference 
call. “Compared to the same quarter last 
year, price erosion was approximately 11%, 
which was greater than expected.”

Both pricing pressure and fewer antici-
pated product launches in 2018 led Perrigo 
to lower its full-year earnings guidance to 
$4.8bn-$4.9bn in reported net sales versus 
prior guidance of $5bn-$5.1bn. Sales guid-
ance for consumer health care in the Ameri-
cas was unchanged at about $2.44bn, but 
the company lowered guidance for its in-
ternational consumer health care business 
to $1.52bn versus $1.59bn previously, and 
dropped its prescription pharma guidance 
to $880m from $1.03bn.

Perrigo received its fourth complete re-
sponse letter (CRL) from the US FDA in May 
related to the abbreviated new drug appli-
cation (ANDA) for its copy of Teva’s ProAir 
(albuterol sulfate) metered dose inhaler.  

The company also disclosed during its 
earnings call that several authorized gener-
ics, which were expected under previously 
signed agreements with partners to launch 
in 2018, will not hit the market this year.

And, in yet another blow to the prescrip-
tion pharma business, Perrigo said when re-
porting second quarter earnings that it does 
not expect to re-launch the scopolamine 
transdermal patch – an anti-nausea medica-
tion – in 2018. The company launched sco-
polamine in late 2017, but disclosed in its 
first quarter earnings report that there was a 
supply disruption, which apparently will not 
be remedied this year.

AS PRESSURE MOUNTS, DOES 
RX VALUE DROP?
Given the prescription pharma business’s 
various challenges – declining sales, ongoing 
generic drug pricing pressure, and multiple 
delayed product launches – analysts ques-
tioned the value of Perrigo’s generics as a 
standalone business in the eyes of investors 
or potential buyers. The company expects to 
complete a sale or spin out of the prescrip-
tion business in the second half of 2019.

Jefferies analyst David Steinberg said in 
an Aug. 9 note that Perrigo’s insistence that 
separating its consumer OTC and prescrip-
tion generics businesses would increase 
internal focus on each set of products 
“seems to run counter to prior commen-
tary that there are meaningful synergies 
between the two businesses in terms of 
product development/regulatory, supply 
chain and manufacturing.”

“To that end, management now believes 
that its consumer and generics businesses 
are sufficiently different in terms of distribu-
tion and portfolio management and have 
already begun the process of separating 
R&D, marketing and distribution func-
tions,” Steinberg wrote. “Importantly, new 
CEO Uwe Roehrhoff stated that there is no 
meaningful impact from dis-synergies, with 
advantages outweighing potential separa-
tion issues post the internal analysis.”

The company has given mixed mes-
sages about the importance of keeping 
its prescription pharma business in-house, 
insisting in 2016 when pressured by inves-
tors to sell that the generics portfolio was 
an important part of Perrigo.  Morningstar 
analysts said that year that the company’s 
prescription generics were among the most 
attractive assets in its portfolio.   

But investor Starboard Value LP gained 
five seats on Perrigo’s board of directors 
under a settlement with the company in 
early 2017, making it appear that a sale of 
the prescription generics was more likely.  
A management shakeup followed the 
Starboard agreement.

Roehrhoff took the helm in January of this 
year.  And in March the company’s prescrip-
tion generics appeared – at least in the eyes 
of analysts – to be a vital part of Perrigo’s 
combined portfolio going forward.

Roehrhoff insisted during the Aug. 9 
earnings call that the decision to split off 
the prescription generics business was not 
because of its recent financial performance, 
but because of the company’s strategic 
review showing that more value could be 
squeezed out of the assets in an entity en-
tirely focused on that business. 

mailto:mandy.jackson@informausa.com
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He noted that “the benefit of manag-
ing this business separately with a focused 
team that can address the needs of an agile 
market environment with a strong focus on 
product development and a clear integra-
tion between R&D, technology manage-
ment and operation, will benefit the growth 
of this business.”

“While we understand the theory that a 
standalone consumer business should po-
tentially garner improved valuation metrics 
we aren’t convinced yet,” Jefferies’ Steinberg 
said in his Aug. 9 note. “It’s hard to believe 
there aren’t some synergies [between the 
OTC and prescription businesses], particu-
larly on the manufacturing side. Moreover, 
Perrigo’s generics unit is not a typical ‘com-
modity’ business. In fact, it has far higher 

margins (~40% vs ~20%) than either of the 
consumer divisions.”

Perrigo reported adjusted operating mar-
gins in the second quarter of 39.4% for its 
prescription pharma business, 15.2% for its 
international consumer health care seg-
ment, and 20.4% for OTC products sold in 
the Americas. 

“Although the prescription segment has 
maintained fairly healthy profitability – which 
has hovered near a 40% adjusted operating 
margin for this and the last few quarters – the 
lack of visibility into ongoing pricing pressure 
and uncertainty of complex product launch-
es like ProAir raise some doubt about the 
price management could ultimately receive 
for this business,” Morningstar analyst Michael 
Waterhouse wrote on Aug. 9. 

“Perrigo likely has decent odds of finding 
a buyer for this niche topicals business, but 
industry pressure has led several generic 
drug manufacturers to consider selling un-
derperforming assets,” Waterhouse added.

That means there could be a lot of com-
petition to find buyers for revenue-generat-
ing assets with declining sales. It also means 
investors could have a lukewarm response 
to receiving shares in a spin-off company or 
buying into an initial public offering for the 
separated entity. 

Perrigo investors did not have an enthu-
siastic response to the company’s plan to 
separate its prescription generics from its 
OTC brands. Perrigo closed down 10.6% at 
$70.03 per share on Aug. 9.  

Published online 9 August 2018

Nature Cell Mired In Uncertainty as CEO Arrested
JUNG WON SHIN jungwon.shin@informa.com

South Korean prosecutors have arrested 
and indicted the CEO of bioventure 
Nature Cell, Jeong-Chan Ra, for al-

leged violation of the capital market and Fi-
nancial Investment Business Act, and indict-
ed without detention three other company 
executives on the same charges, said the 
company in a disclosure to the stock market. 

Nature Cell stressed it is currently still op-
erating normally under an acting CEO, add-
ing that none of the allegations have yet 
been proven and that such suspicions will 
be determined via court trials.

Prosecutors said the Nature Cell CEO had 
been indicted for taking illegal profits by 
raising the company’s stock price using false 
and exaggerated information on its stem 
cell therapy, while other executives were 
indicted for allegedly conspiring on the al-
leged crime, according to local media.

Ra and executives have released informa-
tion about the clinical trial success of Joint-
Stem, the firm’s investigative stem cell thera-
py for osteoarthritis, through its own medical 
press as well as the distribution of press state-
ments about the therapy’s trial results. The 
company also promoted the product by 
holding a briefing on JointStem’s Phase II 
clinical trial outcome in August last year. 

Largely as a result, Nature Cell’s stock 
price soared as high as KRW62,200 ($55.20) 
in mid-March this year from only about 
KRW5,000 in June 2017, and Ra and oth-

ers were found to have taken illegal profits 
totaling about KRW23.5bn, including unre-
alized profits. They sold large numbers of 
Nature Cell shares and released a false dis-
closure to the stock market that proceeds 
from the sale would be used for stem cell 
therapy development, local media said.

Prosecutors have reportedly begun to 
investigate the case after receiving data on 
alleged stock price manipulation from the 
Financial Services Commission. 

The news came as a shock to investors and 
led to a stock price plunge, creating doubts 
over the credibility of the validity of the com-
pany’s R&D efforts. Nature Cell is progressing 
several other stem cell therapies in the pipe-
line besides JointStem, which uses autolo-
gous adipose tissue-derived stem cells. 

The therapy involves the intra-articular in-
jection of stem cells separated from subcu-
taneous fat collected from the patient’s own 
body, and the company has said it is the first 
such cell or stem cell treatment for osteoar-
thritis to be administered by a simple injec-
tion instead of a surgical procedure. It is said 
to help renew damaged cartilage.

In June, Nature Cell said it had filed an IND 
to begin a Phase III study for JointStem in 
South Korea, after national regulatory authori-
ties rejected an earlier submission seeking 
conditional approval of the therapy. The com-
pany had applied for the conditional approval 
to the Ministry of Food and Drug Safety based 

on the Phase IIb outcome, and on condition 
of a post-launch Phase III study, but failed to 
receive the green light as the Central Phar-
maceutical Affairs Council rejected the filing, 
saying the clinical plan and results weren’t ap-
propriate for a conditional approval. 

The company announced last year it 
had successfully completed a placebo-
controlled Phase IIb trial in degenerative 
knee osteoarthritis, started in August 2015 
at two South Korean hospitals in 24 pa-
tients. No adverse reactions were observed 
in the treatment group, while the WOMAC 
Index, which measures physical activity, was 
“meaningfully improved”, confirming a ther-
apeutic effect, Nature Cell said at the time.

The venture is also progressing a clinical 
trial of JointStem in the US, and said the ther-
apy was approved as a regenerative medi-
cal treatment for degenerative arthritis by 
Japan’s Health and Welfare Ministry in 2015.

As for the prospects for the US trial, an 
analyst at Informa’s Datamonitor Healthcare 
commented that: “I think it’s hard to say [what 
the impact may be] without knowing what 
data was falsified here, but I don’t think their 
US trial has a very good chance as it’s likely 
the FDA will audit it. If they find falsified data 
then that will probably be the end of devel-
opment.”     Published online 7 August 2018

From the editors of PharmAsia News.
(Updated on Aug. 8 to include comment 

from Datamonitor analyst.)
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Bye Bye Vernalis And Another Blow For UK Biotech
KEVIN GROGAN kevin.grogan@informa.com

There are many tales in the biotech sector of hundreds of mil-
lions of dollars being invested and then lost but the demise of 
Vernalis PLC, which in its various guises was a flag-bearer for 

the industry in the UK and is about to be acquired by Ligand Phar-
maceuticals Inc. of the USA, takes some beating as a horror story. 

Some 18 years after its formation, a period which has seen the 
company change from being a well-regarded (and well-funded) 
central nervous system research-based group to a firm selling 
prescription cough and cold products in the tough US market, 
the end is nigh for Vernalis. The latter’s board and its two larg-
est shareholders (IAML and Woodford Investment Management, 
who together own about 67% of the company) have backed Li-
gand’s offer of 6.2 pence per share, valuing Vernalis at around 
£32.8m (about $43m).

The price represents a premium of 45.7% to its close on March 14, 
2018, when Vernalis put up the ‘for sale’ signs following a strategic 
review which concluded that its US commercial sales and market-
ing operation is not financially viable. However, with £27.3m cash on 
hand as of June 30, Ligand is getting hold of what once was a jewel 
in the UK biotech crown for next to nothing.

Vernalis’ decision in 2012 to switch strategy and enter the US pre-
scription cough-cold market with a narcotic-based treatment Tuzis-
tra XR (codeine polistirex/chlorpheniramine), which was approved 
by the FDA in 2015, has backfired. Concerns across the Atlantic about 
the level of use of opiate-based products prescribed to treat pain 
meant that demand for Tuzistra XR, which was partnered with Tris 
Pharma Inc., was much lower than Vernalis had forecast. 

The company, which has gone through quite a few financings 
that have seen investors pour in millions of pounds, said in March 
it would stop promoting Tuzistra XR to physicians at the end of the 
current cough and cold business, and will close the US commercial 
business by the end of September. In June, Vernalis confirmed that it 
had terminated its development and commercialization agreement 
with Tris with immediate effect. 

The Winnersh-based firm noted in documents related to the pro-
posed sale that it held discussions with “a large number of potential 
bidders, including public and private companies,” who either had 
contacted Vernalis directly or had been contacted by its financial ad-
visor Evercore. The board decided that the Ligand bid was “the most 
attractive option for Vernalis shareholders in terms of value, form of 
consideration offered and execution certainty.”

ASSETS SOLD FOR NEXT TO NOTHING
It is certainly an attractive deal for Ligand. The San Diego-head-
quartered firm noted in a statement that it is getting its hands on 
“a portfolio of more than eight fully-funded partnered programs, or 
shots on goal, including programs in the respiratory, oncology and 
CNS sectors. Partners include Corvus Pharmaceuticals Inc., Verona 
Pharma PLC, Celgene Corp., Servier SA and Menarini Group.

On top of that, Ligand is inheriting a 70-person R&D team based 
in Cambridge, UK, focused on fragment- and structure-based drug 
discovery and partnering, “with an active portfolio of collabora-
tion agreements generating over $8m per year of service revenue 
matched by a comparable level of costs.” Ongoing collaboration 
partners include Daiichi Sankyo Co. Ltd., Lundbeck Inc. and Asahi 
Kasei Corp..

That’s not all. Vernalis also comes with an established com-
pound library and additional early-stage, unpartnered programs 
in oncology, CNS and other areas “that will provide business de-
velopment out-licensing and corporate formation opportuni-
ties,” Ligand pointed out. Last but not least, it has two approved 
products – the antibiotic Moxatag (once-daily amoxicillin) and 
the drug on which the company was pretty much founded on, 
frovatriptan for the acute treatment of migraine, which is out-
licensed to Endo Pharmaceuticals Inc. in North America and 
Menarini in Europe but is now off-patent.

So good news for Ligand but the failure of Vernalis, and its record 
of value destruction, has once again raised concerns about the UK’s 
ability to build sustainable biotech businesses.  

Published online 13 August 2018
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Orchard Raises Another $150m For Gene Therapy Pot
KEVIN GROGAN kevin.grogan@informa.com

Orchard Therapeutics’s late-stage 
gene therapy pipeline continues 
to attract investors with the UK 

biotech announcing the completion of an 
oversubscribed $150m financing just eight 
months after raising $110m.

The series C financing unveiled Aug. 13 
reveals that investors old and new want a 
piece of Orchard. Led by Deerfield Manage-
ment, the fundraising brought significant 
new investments from a long list of high-
profile backers that includes RA Capital 
Management, Venrock, Foresite Capital and 
Perceptive Advisors, as well as additional 
US-based healthcare focused funds. Exist-
ing investors also participated, including 
Temasek, Baillie Gifford, RTW Investments 
and Cowen Healthcare Investments.

The fresh funds come just four months 
after Orchard got hold of all GlaxoSmith-
Kline PLC’s gene therapy assets in return for 
a 19.9% stake and a seat on the board for 
the firm, which has bases in London, Boston 
and San Francisco. Those assets included 
Strimvelis, one of the first gene therapies 
to reach the market, approved in Europe in 
2016 to treat the rare immune disease ad-
enosine deaminase severe combined im-
munodeficiency (ADA-SCID), also known 
as ‘bubble baby’ disease.  (Also see “England 
Sees Past Price Tag To Back GSK Bubble Baby 
Gene Therapy” - Scrip, 3 Jan, 2018.)

The new money follows a series B fund-
ing at the end of 2017 which brought in the 
aforementioned $110m and a number of 
top-tier backers and the latest set includes a 
number of crossover investors – ie who are 
active in both public and private markets. 
This suggests that Orchard may be weigh-
ing up an initial public offering in the not-
so-distant future.  (Also see “Interview: Or-
chard’s Gene Therapies Bear Fruit With $110m 
Financing” - Scrip, 20 Dec, 2017.)

When approached by Scrip, the com-
pany did not wish to discuss the offering in 
detail at this time, nor whether an IPO was 
indeed in the offing, simply noting that 
the proceeds from the series C financing 
would be used to progress its three most 
advanced clinical programs. They are OTL-
101, Orchard’s autologous ex-vivo lentivi-
ral gene therapy for ADA-SCID, and two of 
the projects acquired from GSK – OTL-200 

for metachromatic leukodystrophy (MLD) 
and OTL-103 for Wiskott–Aldrich syndrome 
(WAS). All three are in registrational trials.

Starting with OTL-101, over 50 patients 
have been treated for up to five-and-a-half 
years and so far Orchard has seen a 100% 
survival rate. The company is looking to file 
a rolling Biological License Application with 
the FDA in the next few months and make a 
European submission in 2019. 

Orchard believes it also has a robust data 
package for OTL-200 from 30 patients with 
MLD, which is caused by a mutation in the 

ARSA gene that leads to progressive neuro-
generation and loss in motor and cognitive 
function. Talks with regulators about the 
registration path have already been held 
and the company hopes to file with the 
European Medicines Agency next year and 
with the FDA in 2020.

OTL-103 is an autologous ex vivo lentivi-
ral gene therapy for WAS, an inherited im-
mune disorder which occurs in one baby 
in 200,000 births and affects boys almost 
exclusively. A filing is pencilled in on both 
sides of the Atlantic by 2021 and in a recent 
investor presentation, Orchard cited data 
from seven out of eight patients which were 
presented at the 2015 American Society of 
Hematology (ASH) meeting and showed 
that the gene therapy was well-tolerated.

OTL-103 led to a reduction in the rate of 
severe infections, bleeding events and hos-
pitalizations and Orchard noted that all pa-
tients are still alive. 0.7-5.0 years post-gene 
therapy. Also clinical data from five patients 
treated under an ongoing early access pro-
gram is consistent with the ASH data, the 
firm said.

Orchard has come a long way since be-
ing spun out of University College London 
in 2016 with a £21m investment led by 
the venture capital firm F-Prime. CEO Mark 
Rothera said in a statement that “the qual-
ity of this investor syndicate is a testament 
to the confidence we have built among 
our stakeholders, based on the substantial 
progress of Orchard’s clinical and preclinical 
programs since our series B round last year.”

Elise Wang, principal at Deerfield, added 
that Orchard “has made an impressive tran-
sition from a start-up company to an emerg-
ing leader in gene therapy for rare diseases 
by building a comprehensive, industry-lead-
ing portfolio of ex vivo gene therapies and 
assembling a highly experienced team.” 

The sizeable sum raised by Orchard reflects 
investor interest at the moment in compa-
nies that are working on breakthrough treat-
ments. Global financings for cell and gene 
therapy and tissue engineering companies 
more than doubled in the second quarter.  
(Also see “Finance Watch: Investments In Regen-
erative Therapies Surged In The Second Quarter” 
- Scrip, 10 Aug, 2018.)  

Published online 13 August 2018
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Takeda Alliance Boosts Ambys’s $140m Launch
IAN HAYDOCK ian.haydock@informa.com

Takeda Pharmaceutical Co. Ltd. is 
providing substantial launch sup-
port to a new US venture focusing 

on novel regenerative approaches to seri-
ous liver diseases, in a move the company 
says aligns with its strategic focus areas. 

The Japanese firm has committed total 
funding of $100m to Ambys Medicines, 
including participation in the start-up’s 
$60m Series A financing and a further 
$80m in start-up capital, in return for an 
option to ex-US commercialization rights 
to the first four products under the alliance 
that reach the investigational new drug 
(IND) application stage.

If Takeda elects to exercise an option for 
a product, it will share 50% of the develop-
ment costs for any optioned program and 
make further undisclosed development and 
regulatory milestone payments. Ambys re-
tains full US rights as part of the deal.

Redwood City, California-based Ambys is 
looking to build on the potential applica-
tion of novel modalities, including cell and 
gene therapy and function-restoring or -re-
placing regenerative drug therapy, to help 

address multiple hepatic diseases with un-
met needs and to prevent the progression 
of these to liver failure.

NOVEL APPROACHES
Possible approaches include cell therapies 
for hepatocyte transplantation, gene thera-
pies for liver regeneration, and conventional 
drug approaches to replace lost protein 
function. This confluence of multiple ap-
proaches is being helped by better disease 
understanding, Ambys noted, although it 
has not specified at this stage which par-
ticular indications it will focus on. 

In general however, the risks of transplan-
tation, and a lack of donors, as well as the 
compromised hepatocyte self-regeneration 
ability and life-threatening complications in 
end-stage disease, mean there is still much 
outstanding need for new approaches in 
the sector. There are around 40,000 deaths 
annually in the US from chronic liver disease 
and cirrhosis, the venture added.

Strategically, Takeda sees the move as fit-
ting with its core focus on gastroenterology, 
along with oncology and neuroscience. 

“This partnership underscores the exciting 
potential we see to deliver on the promise 
of regenerative medicine for people with 
liver disease,” said the company’s Gastro-
enterology Therapeutic Area Unit, Dr. Asit 
Parikh, in a statement. 

All the venture’s assets are still at the pre-
clinical stage, but the strong total cash fund-
ing of $140m at launch may help allow the 
simultaneous progression of the various 
planned programs.

“Ambys will undertake an intense and 
sustained effort to advance fundamental 
science and technology, while developing 
multiple programs aimed at diverse liver 
disease targets,” said Dr. Jeffrey Tong, the 
venture’s CEO and a venture partner with 
venture capital firm Third Rock Ventures.

As well as Dr. Tong, other founding scien-
tific experts in liver disease and regenerative 
medicine in Ambys include Dr. Martin Burke 
of the University of Illinois, and Dr. Holger 
Willenbring of the University of California, 
San Francisco.  

Published online 9 August 2018
From the editors of PharmAsia News.

and biosimilars as they launch into the US 
market. Johnson & Johnson has had even 
more success retaining market share of 
branded Remicade (infliximab), despite the 
launch of two biosimilars, for example.

“Our experience with Copaxone is repre-
sentative of the perverse incentive embed-
ded in the current system.Even after sub-
stantially lowering the price of our product, 
the supply chain chooses a higher-priced 
alternative,” Bresch said. “This provides evi-
dence that the business of health care feeds 
on higher prices, frequently putting system 
interest ahead of patients.” 

The company did not break out sales of 
generic Copaxone but said it will continue 
to be aggressive on price until the US com-
mercial opportunity for complex generics 
and biosimilars evolves.  

Analysts questioned if multi-source ge-
nerics, and thus more competition, might 
be what it takes to break the brand drug’s 
sway with payers. But Bresch said it’s not 

competition but changes to the tiered for-
mulary system in the US that are needed. 

“That specialty tier isn’t tiered against 
brands and then substitutable products or 
biosimilars,” she said. “I think we are really 
going to have to revisit how that works to 
ensure that access flows.” She said that’s 
the feedback Mylan is giving to President 
Trump’s blueprint on drug pricing. 

Mylan has invested substantially in com-
plex generics and biosimilars as a way to di-
versify its portfolio into higher barrier to entry 
products as the traditional generics market 
has come under intense pricing pressure in 
the US. While the company has had success 
with the strategy in terms of getting prod-
ucts to market, not only Copaxone but also 
the first biosimilar version of Amgen’s Neu-
lasta (pegfilgrastim), the investment has not 
yet paid off commercially. 

“The reason we’ve invested … is because 
there is a high barrier to entry and there’s not 
going to be five plus players, at least not in 
the near term,” she said. “You would think 

that company would get rewarded for that 
investment. Instead what we are seeing right 
now is just blocking and using that generic 
as a stalking horse.” 

Mylan’s Neulasta biosimilar, marketed 
as Fulphila, just launched in July so it’s 
not yet clear if the product will have any 
more success. “We expect a gradual but 
sustainable uptake for the product and 
we’ve continued to ramp up our capacity as 
we expand our launch,” President Rajiv Malik 
told the call. He said the launch is so far in 
line with expectations but pointed out that 
those expectations have been recalibrated 
based on the launch of glatiramer. 

Mylan is also hoping to be the first to 
launch a generic version of GlaxoSmith-
Kline PLC’s asthma drug Advair (fluticasone/
salmeterol). The company received a com-
plete response letter from the FDA on June 
27, as the firm had guided investors.Mylan 
responded to the letter in mid-July and the 
FDA has granted a standard three-month re-
view window.  

Published online 8 August 2018
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Seeking Efficiencies, Novo Nordisk To Squeeze Costs, 
Boost Growth Drivers 
STEN STOVALL sten.stovall@informa.com

Novo Nordisk AS’s CEO says the Dan-
ish diabetes fighter won’t resort to 
big layoffs to offset slower overall 

growth and US pricing pressures in particu-
lar, but will rather target cost efficiencies at 
the local and regional levels while investing 
in key products to drive future growth.

Lars Fruergaard Jørgensen also said Novo 
Nordisk would not be reversing previously 
announced drug price rises, but pledged 
not to initiate further rises this year.

NO BIG BANG REVAMP PLANNED
Danish media had been anticipating that 
the Copenhagen-based company’s second-
quarter update on Aug. 8 would include an 
announcement of a company-wide restruc-
turing in response to an increasingly chal-
lenging US insulin market.

Instead, CEO Lars Fruergaard Jørgensen 
and his management team said they have 
chosen a gradual approach to squeeze out 
inefficiencies from the bottom up while free-
ing up increased investment for use in new 
drug launches and pipeline development.

Reports in some Danish media of a loom-
ing revamp appeared after Novo Nordisk’s 
first-quarter results at which it announced 
sales for the year would be significantly 
impacted by higher rebates on sales on 
the Medicare Part D Program in the US. The 
company reiterated its expects this would 
have a negative impact on sales growth of 
1% to 2% in 2019. 

“The speculation of a co-ordinated, 
company-wide lay-off program was simi-
lar to what we did a couple of years ago. 
Such programs are typically directed simply 
to cut costs. The situation we have is that 
we have significant opportunities to drive 
growth of the company and in such a case, 
the most value adding for Novo Nordisk and 

for patients is by re-allocating and directing 
resources to the significant opportunities 
which we have,” Jørgensen told Scrip during 
a media call on the first-half update.

He singled out Novo Nordisk’s new week-
ly GLP-1 Ozempic (semaglutide) and its in-
vestigative oral semaglutide as especially 
promising.

“If you take the current launch of Ozem-
pic, which is off to a very good start in the 
US, we are backing that now by significant 

investments. If you look at our oral semaglu-
tide program, we’re going to invest a lot in 
launching this product,” Jørgensen said.

“Of course, it means that units and activi-
ties that are not directly related to driving 
that growth and not customer-facing will 
have less priority and we will have to stop 
doing some of these activities and we need 
to find more efficient ways of getting that 
done,” the Danish CEO said, adding that as a 
result, there would be some job losses.

The Danish CEO did acknowledge the 
group is under pressure in the US market - 
which accounts for around half of its global 
sales. It is also under pressure generally 
when compared with past years of heady 
sales growth.

“If you go back five to ten years, when 
we enjoyed a 10% to 15% growth rate on 
a yearly basis, back then, when we wanted 
to prioritize certain activities we could add 
resources more easily. Today, we need to 
optimize more and reallocate our resources 
and that will lead to changes in many areas 
and layoffs in some of these areas.” 

He declined to give details on the even-
tual degree of efficiencies, but noted some 
steps have already been taken.

“We have already made some decisions; 
we are consolidating our manufacturing 

footprint. That has led to a reduction of a 
couple hundred positions in manufacturing.

“We have changed the way we split some 
of the research activities between China and 
Denmark which has resulted in some layoffs 
in China. And we have announced a restruc-
turing in Japan which has also resulted in a 
reduction in workforce there,” Jørgensen said.

US DRUG PRICING DEBATE
He noted that some drug makers have re-
scinded planned price increases for their 
drugs, but said Novo Nordisk had no plans 
to follow suit.

“In early July we and other pharmaceu-
tical companies announced list price in-
creases on some of our medicines. Some 
companies have since started to reverse this 
price increase on some of the medicines. 
Presently, we have no such plans. Nor do we 
have plans to raise our prices in the remain-
der of the year,” he said. 

He noted that insulin prices in the US con-
tinue to decline. “So despite the fact that we 
have taken some list price increases in the US, 
the reality is that we see significant erosion 
of pricing overall in insulins, primarily in the 
basal category,” the CEO said, adding that “one 
should have a differentiated view on different 
drug classes; pricing works in different ways.”

 He said the US healthcare system was 
“broken” but added that finding a solution 
would be difficult and need all parties to co-
operate together. 

“We and most others in the healthcare 
system agree that the system we currently 
have needs to change. However, the system 
is very complex and initiatives that may be 
taken to fix some of the issues may uninten-
tionally create new issues.

“We look forward to continuing to work 
with the (Trump) Administration and Con-
gress and others in the supply chain on this,”   
Jørgensen said.  

Published online 8 August 2018

‘Some companies have since started to reverse this 
price increase on some of the medicines. Presently, 
we have no such plans. Nor do we have plans to 
raise our prices in the remainder of the year’

With Novo Nordisk Dependent 
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Price Pressures Can Hurt:
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Mavenclad Is Merck KGaA Bright Spot As Q2 Sales Slip
JO SHORTHOUSE joanne.shorthouse@informa.com

Foreign currency headwinds and de-
clining sales of Rebif (interferon beta-
1a) have done Merck KGAA no favors 

in Q2, but the German group hopes that the 
early promise shown by its newer multiple 
sclerosis drug Mavenclad (cladribine) will 
lead it back to growth.

Rebif sales came in at a respectable 
€383m for the quarter, falling by 4.2% organ-
ically but also hit by negative foreign cur-
rency effect of another 5.7%. Indeed, market 
share within interferons is stable due to high 
retention rates and known long-term track 
record, Merck said.

However the MS market is changing, as 
clearly witnessed by the stellar launch of 
Roche’s disease-modifying agent Ocrevus 
(ocrelizumab), and the further decline of Rebif 
seems inevitable. Datamonitor Healthcare’s 
PharmaVitae team predicts that the drug will 
lose sales of $849m between 2016 and 2026.

On the bright side, Mavenclad generated 
sales of €20m in the second quarter, after 
being approved in Europe in August 2017. 
On an analyst call, CEO Stefan Oschmann 
said the company was seeing patients in 
Europe switching from other agents such 
as Novartis AG’s Gilenya (fingolimod) to 
Mavenclad. “We see a very good, very de-

cent, performance in the UK, given the NICE 
recommendation. We feel that our market 
access strategy is a good one and the ma-
jority of payers have reacted very positively 
to it,” he added.

Edward Thomason, Datamonitor Health-
care company analyst, said that Mavenclad 
was set to reach “high double-digit sales 
in its first year on sale after a strong launch 
quarter with sales driven by uptake in Ger-
many and the UK.”

Key to the drug’s growth, however, is the 
US market. Just over a week ago, Merck re-
vealed that a resubmission of the New Drug 
Application for Mavenclad has been ac-
cepted for filing by the FDA. The refiling is in 
response to the complete response letter is-
sued by the agency way back in 2011.

The package resubmitted to the FDA in-
cludes close to 12,000 patient years of data 
and up to 10 years of safety data in some 
patients. This, plus strong uptake in Europe, 
suggests that if approved in the US, Maven-
clad could be well become a blockbuster - 
Merck has repeatedly forecast annual peak 
sales of €500-700m, excluding the US.

Oschmann also divulged that the com-
pany is still “actively pursuing partnering 
projects” for another MS candidate, the BTK 

inhibitor evobrutinib, but would not be 
drawn on any details.

Another key treatment for Merck is the 
PD-L1 inhibitor Bavencio (avelumab), which 
brought in €17m, compared with €4m in Q2 
2017. Sales of the Pfizer-partnered immuno-
therapy “are now slowly creeping up with 
new global market launches, although its 
current commercial value is limited by the 
small patient population of Merkel cell car-
cinoma,” for which it is approved, said Data-
monitor Healthcare’s Thomason. He told 
Scrip that “I expect annual sales to remain in 
double digits until it gains label expansions 
into larger patient populations, such as in 
gastric cancer maintenance.”

“Merck’s healthcare strategy for future 
growth hinges on Bavencio’s successful de-
velopment as an immunotherapy, and fail-
ure to do so will severally damage its future 
outlook,” he added. 

Overall for the quarter, sales at Merck’s 
healthcare division decreased by 0.2% to 
€1.6bn and Oschmann described 2018 as 
a year of “transition with many challeng-
es.” For the full year, the company is forecast-
ing “a moderate organic net sales increase 
of 3% to 5%.”  

Published online 9 August 2018

Generic Blow Looms For Lundbeck
JO SHORTHOUSE joanne.shorthouse@informa.com

Shares in Lundbeck Inc. fell by 10% 
when the Danish drug maker an-
nounced its half yearly results on Aug. 

8, with generic erosion keeping the com-
pany’s full-year guidance flat. 

The lower end of the revenue guidance 
range was raised from DKK17.2-18bn ($2.6bn 
- $2.8bn) to DKK17.6-18bn ($2.7bn - $2.8bn), 
and the expected EBIT (earnings before in-
terest and tax) range was narrowed from 
DKK4.8-5.2bn to DKK4.9-5.2bn. However the 
modest uplift failed to impress analysts who 
were looking for higher profitability. 

First-half revenue grew by 9% year on year 
to DKK9,288m, while EBIT grew by 45.9% to 
DKK3,006bn, but the figure was flattered 
by stocking activities in some international 

markets, and growth and profitability will not 
be sustained for the rest of the year. Schizo-
phrenia drug Rexulti (brexpiprazole), devel-
oped with Otsuka Holdings Co. Ltd., was 
the growth product of the half, increasing by 
28% to sales of DKK 752m. Underlying prod-
uct sales were aided by the aging antidepres-
sant Cipralex (escitalopram), which benefited 
from a DKK100m stocking gain in China.

Lundbeck’s epilepsy drug Onfi (clobazam) 
was the company’s top seller in the first half, 
growing by 19% to DKK1,762m. However, 
this past March the FDA approved the first 
version of generic clobazam and additional 
versions have subsequently been tentatively 
approved. Market exclusivity of Onfi will not 
expire until October 2018 but it is antici-

pated that revenue will decline by 40-50% in 
the fourth quarter. However, even with Onfi 
generic competition, Datamonitor Health-
care analyst Edward Thomason expects 
“continued success and label expansions for 
key brands” that will “ensure that Lundbeck’s 
top-line revenue grows by $313m by 2022.” 

Lundbeck’s interim CEO and CFO Anders 
Götzsche said that he was “really pleased 
with the performance,” but added the cave-
at that sales in the second half of 2018 “will 
be somewhat lower than realized in the first 
half of the year” as the company expects 
increased generic erosion and destock-
ing. Deborah Dunsire will begin her tenure 
as CEO on Sept. 1.  

Published online 8 August 2018
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Portola’s Rocky Commercial Transition On Show In Q2
EMILY HAYES emily.hayes@informa.com

Portola Pharmaceuticals Inc.’s difficulty in transitioning into 
a commercial biopharma was evident in the second quarter, 
when it reported very disappointing sales for its first launched 

product – the novel anticoagulant Bevyxxa – amid the exit of CEO 
William “Bill” Lis.

On Aug. 9, Portola reported second quarter sales of only $33,000 
for Bevyxxa (betrixaban), which launched in the US in January, and 
$2.2m for Andexxa (andexanet alfa), which was approved by the US 
FDA in May as an antidote to the leading novel Factor Xa anticoagu-
lants on the market – Bristol-Myers Squibb Co./Pfizer Inc.’s Eliquis 
(apixaban) and Johnson & Johnson /Bayer AG’s Xarelto (rivaroxa-
ban) – and launched in June.

Portola initially wanted to get Andexxa approved for use also with 
Daiichi Sankyo Co. Ltd.’s Factor Xa inhibitor Savaysa (edoxaban) 
– as well as Sanofi’s now generic Lovenox (enoxaparin), an indirect 
Factor Xa inhibitor, but wound up narrowing its requested indication 
after a complete response letter from the US FDA. 

The company decided to target 40 select hospitals initially with its 
current supply, through an early access program, and half of these 
sites are activated and accessing product.

The antidote was included in guidelines and documents even 
prior to FDA approval, awareness is high, and the product was added 
to formularies quickly, the company said. 

“We are seeing repeat orders at the rate we predicted from hospi-
tals that we’re able to add Andexxa to their formularies quickly and 
we have received initial reports of positive patient outcomes. While 
it is still early days, we are encouraged by the induction of Andexxa 
by hospitals and physicians and the confirmation of the need for this 
life-saving medicine,” Chief Financial Officer Mardi Dier said during a 
same-day earnings call. 

Portola is gearing up to submit a prior approval supplement with 
the FDA by the end of this month for a “Generation 2” Andexxa prod-
uct using a new manufacturing process that will allow it to greatly ex-
pand supply, with the target of 1,000 major trauma and stroke centers. 
If approved, this could be launched in early 2019, the company said. 

Overall, in the second quarter, Portola had revenue of $4m versus 
$3.8m in the second quarter of 2017, including $1.7m in collabora-
tion and license revenue earned under Portola’s collaboration and 
license agreements with Bristol, Pfizer, Bayer, J&J and Daiichi Sankyo. 
The company reported a net loss of $106.2m versus $69.7m in 2017 
and exited the quarter with $456.7m in cash. 

WANTED: CEO 
News of disappointing sales followed a June 4 announcement that 
CEO Lis – who has been with the company for 10 years – was retiring 
from the role of CEO and member of the board. However, Lis, age 54, 
will remain in an advisory role. The board is actively searching for a re-
placement and appointed Executive VP-Research and Development 
John Curnutte and CFO Dier as co-presidents in the interim. 

“Our CEO search is going very well and we are very pleased with 
the response and the number of high quality candidates we’ve seen 
thus far. We are seeking to find a proven leader with strong commer-
cial experience and the expertise to successfully scale our organiza-

tion in transition and build upon our excellent scientific foundation,” 
Dier told the call. 

Portola is expected to fill the role by the end of the year. The com-
pany continues to build out its executive leadership team, includ-
ing hiring ex-Genentech exec Glenn Brame to lead manufacturing 
and technical operations, Dier said. Also on Aug. 9, the company 
announced the appointment of Ernie Meyer as executive vice presi-
dent and chief human resources officer, effective. Aug. 20.

Portola’s stock price closed down 18.32% at $30.81 on Aug 9. 

BEVYXXA WORSE THAN EXPECTED 
Bevyxxa was approved by FDA for prophylaxis (35 to 42 days) of ve-
nous thromboembolism (VTE) in patients hospitalized for an acute 
medical illness and at risk for thromboembolic complications, follow-
ing a series of regulatory delays.

More than 5 million patients in the US could benefit from the ex-
tended duration of anticoagulation therapy and market opportuni-
ties remain strong, Dier told the call. 

The indication is unique among the five novel oral anticoagulants 
(NOACs), but the flip side to that advantage is a huge commercial 
challenge in getting the drug established.

Management cited a range of problems with the US launch includ-
ing challenges with getting the drug included on formularies and in-
corporated in treatment protocols and medical association guidelines.

“We are working to set a paradigm shift in the hospital. Bevyxxa re-
quires a significant behavior change by physicians that involves iden-
tifying their high-risk patients, converting from an injectable heparin 
to a new oral therapy and extending the duration of therapy beyond 
discharge,” Dier said.

William Blair analyst Matt Phipps observed in an Aug. 9 note that 
Bevyxxa sales of $33,000 were well below its estimate of $1.3m and 
far lower than the first-quarter take of $606,000. 

“Despite gaining formulary wins and insurance coverage, Bevyxxa 
must be added to the hospital electronic ordering systems and ad-
opted in individual hospital protocols prior to allowing for physician 
prescriptions both in hospital and post-discharge,” Phipps said.

Phipps described Portola’s earnings report as a bit like “ripping the 
band-aid off” and noted that William Blair has reduced peak US sales 
from about $700m to $360m.

ANDEXXA OFF TO GOOD START 
In contrast, Phipps said he is encouraged by the initial launch dy-
namics of the anticoagulant antidote, given that the company said 
more than 200 hospitals already have been in contact seeking access 
to Andexxa or to begin Pharmacy & Therapeutic (P&T) discussions 
so that Andexxa can be incorporated into treatment protocols soon 
after the company is able to expand manufacturing. 

William Blair expects peak sales for the antidote of about $1.6bn 
and said that “Andexxa alone is worth significantly more than the 
company at current price levels.”

A filing for the antidote was also submitted in Europe, but the com-
pany needs to submit additional information about the second-gener-
ation manufacturing process.                 Published online 9 August 2018
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Alnylam Offers Flexible Value-Based Deals For 
Breakthrough RNAi Drug Onpattro
EMILY HAYES emily.hayes@informa.com

Alnylam Pharmaceuticals Inc. is of-
fering outcomes-based contracts 
for its small interfering RNA (siRNA) 

therapeutic Onpattro in the rare disease 
of hereditary transthyretin-mediated 
amyloidosis. The drug, which has an an-
nual list price of $450,000, was shipped 
to customers within 48 hours of US FDA 
approval on Aug. 10.

FDA approval was a breakthrough in a 
number of respects, as Onpattro (patisiran) 
is the first RNAi therapeutic approved in the 
US and the first drug cleared for hereditary 
transthyretin-medicated amyloidosis (hAT-
TR) patients.

Onpattro was approved to treat polyneu-
ropathy in adults with hATTR, a genetic, life-
threatening disease caused by mutations in 
the TTR gene, which leads to the buildup of 
abnormal amyloid proteins in tissues and 
organs. The damaging results include pe-
ripheral neuropathy and cardiomyopathy; 
patients with hATTR have a median survival 
of 4.7 years after diagnosis.

The drug also is under review in Europe 
where, following a positive decision by the 
Committee for Medicinal Products for Hu-
man Use on July 27, it is expected to be ap-
proved in September.

Onpattro is designed to reduce produc-
tion of the TTR protein in the liver via the RNA 
interference (RNAi) pathway, thereby reduc-
ing amyloid deposits in tissues. The drug is 
given by intravenous infusion by a health 
professional in the office or home setting.

TARGET POPULATION IN US
For Alnylam, Onpattro approval is the culmi-
nation of 16 years of research and will sup-
port the launch of the company’s RNAi tech-
nology platform more generally. The drug’s 
indication means that 10,000-15,000 patients 
could be eligible for treatment in the US, but 
many are undiagnosed, so the current target 
population is 3,000 patients, the company 
noted during an Aug. 10 investor call. 

Onpattro has a list price of $450,000 and 
an expected net price after discounts of 
$345,000. It was expected to be available 
within 48 hours of FDA approval through 

two specialty pharmacies and one specialty 
distributor, Alnylam President Barry Greene 
said during the conference call.

A field team already is in place in custom-
er-facing roles, including sales, marketing, 
patient services, reimbursement and market 
access. “Our US field team is on board and 
ready to go,” Greene said.

Pricing was determined based on a num-
ber of factors, including the unmet need, the 
value in terms of clinical outcomes, the large 
R&D investment of the company, the first-
in-class status with potential to transform a 
disease and the rarity of the disease – with 
only 3,000 immediately eligible patients, the 
drug is “priced relative to the population it 
will treat,” Greene explained.

But the company is going a big step fur-
ther in offering value- or outcomes-based 
contracts to payers to ensure that payment 
is linked to improvements. 

“Insurers can qualify for a significant re-
bate if treatment outcomes are subopti-
mal. These agreements help provide more 
certainty to payers for their investment and 
help accelerate coverage decisions for pa-
tients,” Greene said during the call.

In the Phase III pivotal APOLLO study 
of 225 patients comparing Onpattro to 
placebo, the drug improved measures of 
polyneuropathy – reversing it in most pa-
tients – and enhanced quality of life based 
on patient-reported assessments. Over 18 
months of treatment, patients in the Onpat-
tro cohort experienced significant benefit 
versus placebo on secondary efficacy end-
points, including measures of daily living, 
walking ability, nutritional status and auto-
nomic symptoms, the company noted.

The drug also was generally well toler-
ated. As such, labeling carries no black box, 
but there are warnings for infusion reactions 
and reduced levels of serum vitamin A.

The company said that it is “actively dis-
cussing” value-based agreements with 
commercial insurers and has decided con-
tract terms with Harvard Pilgrim Health Care 
and other major payers.

“Based on MMIT [Managed Markets In-
sight & Technology], a leading medical poli-

cy reporting agency, these engaged payers 
cover approximately 76% of commercial 
medical lives in the US,” the company said 
in a statement.

Greene said the philosophy behind the 
value-based agreements is “pretty straight-
forward.” 

“If a patient is treated and does well, we 
see improvement of polyneuropathy, rever-
sal of neurological impairment, we deserve 
payment in full, because that patient is get-
ting tremendous benefit and frankly costing 
that insurer less,” the exec explained.

However, if the patient does less well – for 
example, if he or she is suffering from other 
medical conditions and/or needs to be hos-
pitalized – there should be some kind of dis-
count, Greene said.

The value-based agreements are struc-
tured in a way that includes evaluation of 
patients on an annual basis to see how they 
are doing clinically. Most patients studied in 
APOLLO received some kind of benefit rela-
tive to what their status would be with no 
treatment based on the natural progression 
of the disease.

Payment is based on real-world measures 
and there will be varying levels of discounts, 
because the level of improvement varies, 
Greene explained.

As part of the launch, the company also 
is offering Alnylam Assist, a program to help 
patients navigate the insurance system.

ALNYLAM ENGAGED PAYERS
The emphasis on access and value-based 
outcomes is in keeping with the company’s 
statements in the past. CEO John Mara-
ganore said in an interview at the annual 
Biotechnology Industry Organization (BIO) 
annual meeting in June that the company 
had been engaging payers proactively and 
was confident it would have arrangements 
in place by the time of launch.

The exec also noted that the company 
has in the past made a commitment not to 
increase drug prices for any medicines in its 
pipeline beyond the consumer price index 
and that it would stick with that.

Commenting at the BIO meeting, Mara-
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ganore said the company has a deliberate 
plan and wanted to be as innovative at 
the commercial stage as it has been as an 
R&D company.

“We’re not just launching patisiran this 
year. We’re launching Alnylam, and we’re 
launching RNAi therapeutics. We have a 
very important effort that goes beyond 
patisiran.”

The company’s pipeline of investigational 
RNAi therapeutics is focused on diseases 
with high unmet medical need that fall 
under four strategic therapeutic areas – ge-
netic medicines, cardio-metabolic diseases, 
hepatic infectious diseases and central ner-
vous system diseases.

Two assets are in late-stage development 
– givosiran for acute hepatic porphyrias and 
fitusiran, which is partnered with Sanofi, for 
hemophilia A and hemophilia B.

Maraganore told the call that the patisiran 
approval sets the stage for possible multiple 
launches of novel RNAi therapeutics that it 
expects over the next few years, with poten-
tially high impact for patients.

“We have global rights for the majority 
of these programs and intend to commer-
cialize them directly in markets around the 
world creating a steady flow of regulatory 

submissions, potential product approvals, 
and the opportunity for revenue growth 
over this period of time and beyond,” the 
CEO told investors.

POSITIVE RECEPTION
Steve Miller, chief medical officer at the 
pharmacy benefits manager Express 
Scripts Holding Co., said in Alnylam’s state-
ment about Onpattro approval that he was 
“enthusiastic” about value-based contracts 
for the drug. He applauded the company 
“for taking a responsible approach to pricing 
and patient access in this rare disease space.”

Jim Clement, executive director of val-
ue-based care and supply chain manage-
ment at Aetna Pharmacy Management, 
also congratulated the company for be-
ing “a proactive, innovative and influential 
leader in the industry,” in Alnylam’s Onpat-
tro approval announcement. 

FDA’s commentary about the approval 
also was flattering and supportive of novel 
technologies, like RNA-directed medicines, 
in the treatment of unmet medical needs.

Alnylam’s filing had fast track, priority re-
view, breakthrough therapy and orphan 
drug designations. It was approved one day 
before it’s user fee date of Aug. 11.

The FDA noted in its statement about 
Onpattro approval that new technologies 
like RNA inhibitors have the potential to 
transform medicine, potentially curing 
debilitating illnesses. These technologies 
work on the RNA messenger in the body’s 
cells, altering the way genes are expressed. 
In the case of hATTR, treatments tradition-
ally have focused on symptoms.

“This new class of drugs, called siRNAs, 
work by silencing a portion of RNA in-
volved in causing the disease. More specifi-
cally, Onpattro encases the siRNA into a lip-
id nanoparticle to deliver the drug directly 
into the liver, in an infusion treatment, to 
alter or halt the production of disease-
causing proteins,” the agency explained.

FDA commissioner Scott Gottlieb, in 
the agency’s statement, described the 
approval as “part of a broader wave of 
advances that allow us to treat disease 
by actually targeting the root cause, en-
abling us to arrest or reverse a condition, 
rather than only being able to slow its 
progression or treat its symptoms.”  

Published online 12 August 2018

Sue Sutter (Sue.sutter@informa.com) con-
tributed reporting to this story.

Evotec Sets Empire Building Sights On Infectious 
Disease Space
JOHN DAVIS john.davis@informa.com

Evotec AG’s newly expanded infectious 
diseases unit hopes to move a candi-
date drug into clinical studies in the 

next 12 months, and may even consider tak-
ing anti-infection candidates through to the 
market, according to company executives.

With the takeover of Sanofi’s infectious 
diseases unit completed on July 1, the Ham-
burg, Germany-based drug discovery com-
pany claims now to have the “largest global 
footprint in infectious disease capability” 
in the industry, although with big pharma 
companies withdrawing from the field, 
that’s probably a claim easier to make cur-
rently than in the past.

Sanofi has not withdrawn completely 
from infectious diseases research. Under 
its alliance with Evotec, around 100 of 
its researchers will move to Evotec’s R&D 

facility in Lyon, France, but the French 
multinational will also provide long-term 
financing, and will retain options on Sano-
fi-originated projects.

Sanofi is to pay Evotec €60m upfront 
to support both running and capital ex-
penditure costs, and will also cover R&D 
costs for the first five years.  Evotec will 
progress the infectious diseases portfolio 
and will add to it with additional alliances 
and projects with other companies and 
academic groups.

The Evotec-Sanofi alliance covers three 
major areas – severe bacterial infections, 
antiviral infections and global health. Gram-
negative bacterial infections, Gram-positive 
Staphylococcus aureus infections and the 
global antimicrobial resistance crisis, are a 
focus in the first area; hepatitis B in the sec-

ond; and malaria, chikungunya fever and 
tuberculosis in the third:

In contrast to other areas of R&D, in which 
Evotec usually plans to find commercial 
collaborators early in the R&D process, the 
company is aiming to take its candidate 
anti-infective agents further along the de-
velopment process, to proof-of-concept 
studies, said chief scientific officer Cord 
Dohrmann, speaking during Evotec’s first-
half 2018 analysts’ briefing on Aug. 9.

“We are not counting on early-stage part-
nerships at this point in time, but rather are 
looking forward to really develop these proj-
ects and then see if there are partnerships 
out there,” Dohrmann remarked. “But even in 
the long run, it might be an option to take 
projects all the way forward here into the 
market.”     Published online 12 August 2018
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Amicus’ Oral Fabry Drug  Priced To Compete Against 
Traditional ERT
JESSICA MERRILL jessica.merrill@informa.com

Amicus Therapeutics Inc.’s Galafold (migalastat) will launch 
in the US as the first oral therapy for a subset of patients with 
the rare condition Fabry disease, after a winding develop-

ment road that extended back more than a decade.
The company announced FDA approval of Galafold Aug. 10 for pa-

tients with a confirmed diagnosis of Fabry disease and an amenable 
galactosidase alpha gene (GLA) variant based on an in vitro test, about 
35%-50% of the broader Fabry population. Fabry disease is an ultra-ra-
re progressive genetic disorder in which a defective GLA gene causes 
an enzyme deficiency, which can result in organ failure and death.

Amicus CEO John Crowley said during a conference call Aug. 13 
laying out the US launch plan that Galafold will carry a wholesale 
acquisition cost (WAC) of $315,000, representing a discount to the 
only other existing treatment, Sanofi’s Fabrazyme (agalsidase beta) 
– an enzyme replacement therapy (ERT) administered intravenously 
every two weeks. Patients and the health care system additionally 
will benefit from eliminating infusion costs since Galafold is a capsule 
administered every other day.

However, dosing for Fabrazyme is based on weight and thus the 
cost can vary. Amicus, relying on the average weight of patients 
enrolled in its clinical trials of 78.5 kg, said the average cost of the 
enzyme replacement therapy is roughly $344,000 per year. Sanofi 
however countered that the average list price before discounts and 
rebates is lower, $290,000 per year, based on a calculation it uses in-
volving average weight and proprietary adherence data.

Crowley said Amicus is committed to pricing its medicines at par-
ity to or below competitive products and to capping price increases.

“We are promising that we will never raise the annual price of Gala-
fold more than the [consumer price index],” he said. “We pledge to 
reinvest a meaningful portion of the revenue each year from Gala-
fold not just back into broad research and development in Amicus, 
but back into R&D specifically in Fabry disease until such time as this 
disease has a cure.” 

OPENING A BIGGER MARKET OPPORTUNITY
FDA approval marks an important new commercial opportunity for 
Galafold, which was approved in Europe in 2016 and is available in 
20 markets around the world. Amicus expects Galafold to generate 
$80m-$90m in 2018, including two newer markets, the US and Ja-
pan, but the bigger boost will come in 2019.

The US marks the single biggest commercial market for the drug, 
with roughly 3,000 diagnosed patients, of which Amicus says about 
1,500 are treated. President Bradley Campbell provided updated 
market figures during the conference call. With approvals in the US 
and Japan, the amenable population in the markets where Galafold 

is available is between 3,800 and 5,500 patients, he said. Sanofi’s 
Genzyme unit established the market for a Fabry treatment with the 
launch of Fabrazyme in the US in 2003. Fabrazyme generated €722m 
(approximately $814.2m) in 2017 sales.

Amicus has been working to bring an oral option to market for 
more than a decade. The accelerated approval comes after FDA sur-
prised management and investors by reversing a decision last year to 
allow Amicus to file the NDA for accelerated review based on exist-
ing data. The agency previously rejected the company’s plan to file 
for accelerated approval, recommending an additional gastrointesti-
nal study that would have taken a year to complete. 

The change of direction came shortly after FDA Commissioner 
Scott Gottlieb was confirmed, sparking speculation about the new 
commissioner’s more business-friendly approach. President Donald 
Trump also notably mentioned Amicus founder Crowley in his first 
State of the Union address in February 2017, with Crowley’s daugh-
ter, Megan, afflicted with a different rare disease, Pompe disease, in 
the audience.

But Crowley downplayed any political motivation behind the 
agency’s change at the time, and said the company provided FDA 
with more data from long-term extension studies and real-world 
data from the commercial launch in Europe.

Amicus said it would be required to run a confirmatory Phase IV 
trial, but declined to provide any details on the study design.

The approval was based on data from a Phase III pivotal study 
in treatment-naïve patients (Study 011), which measured efficacy 
based on the reduction in the amount of damage disease sub-
strate accumulated in the kidney capillaries. The primary endpoint 
was the average number of GL-3 inclusions per kidney interstitial 
capillary (KIC) in renal biopsy samples, assessed by light micros-
copy before and after treatment. The study enrolled 67 patients 
who were randomized to treatment with Galafold every other day 
or placebo for six months. In the second six months, all patients 
were treated with Galafold.

The drug demonstrated a trend toward efficacy for the GL-3 end-
point and showed a statistically significant benefit on a pre-specified 
secondary endpoint related to reduced diarrhea, as well as improve-
ments in kidney and cardiac function.  

GlaxoSmithKline PLC was once partnered with Amicus on mig-
alastat, dating back to a 2010 agreement, in which the big pharma 
paid $60m up front for rights to the drug at a time when it was ramp-
ing up in rare diseases.  But GSK backed out of the deal two years later 
after data from an initial Phase III trial disappointed. 

Amicus’ persistence, however, has paid off – at least when it comes 
to getting the drug to market.        Published online 13 August 2018
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Spark’s Gene Therapy Hemophilia Data Give Investors 
The Jitters
EMILY HAYES emily.hayes@informa.com

Spark Therapeutics Inc. is moving its 
SPK-8011 gene therapy into a Phase III 
hemophilia study soon, despite disap-

pointing Phase I/II data and concerns about 
competition from BioMarin Pharmaceuti-
cal Inc.’s BMN 270.

Developed with Spark’s proprietary 
technology platform, SPK-8011 has a novel 
bio-engineered adeno-associated viral 
(AAV) vector that encapsulates the human 
factor VIII gene under the control of a liver-
specific promoter.

Spark released Phase I/II data for the 
therapy in 12 patients on Aug. 7 as part of its 
second-quarter earnings report.

The aim in trials is to keep the Factor VIII 
levels between 12% and 100% in order to 
ensure zero bleeds, but no new safety sig-
nals. In a cohort of seven patients taking 
a dose of 2x1012 vector genomes (vg)/kg 
– the highest dose tested in the study and 
the one the company plans to move into 
Phase III – two patients initially responded 
to treatment but then had an immune re-
sponse that the company says prevented 
them from continuing to benefit. Spark 
believes prophylactic administration of ste-
roids would have prevented the immune 
response, allowing the patients to achieve 
optimal Factor VIII levels and plans to apply 
this strategy in Phase III.

The company is set to move the 2x1012 
vg/kg dose of SPK-8011 into a Phase III run-
in study in the fourth quarter, pending talks 
with the US FDA and the European Medi-
cines Agency.

“Additional details on the Phase III trial 
design will be determined following contin-
ued discussions with FDA and EMA, which 
are expected in the fourth quarter,” Spark 
said in its earnings statement.

In order to meet the supply needs of the 
upcoming Phase III study, Spark has scaled 
up its manufacturing process and signed an 
agreement to secure a dedicated manufac-
turing site.

The study tested three doses for prophy-
lactic use in 12 patients – two on a dose 
of 5x1011 vg/kg, three on 5x1011 vg/kg and 
seven at the highest dose of 2x1012 vg/kg.

Spark reported that across the three dos-
es, there was a 97% reduction in the annual-
ized bleeding rate (ABR) and a 97% reduc-
tion in the annualized infusion rate (AIR). The 
mean Factor VIII (FVIII) activity levels suggest 
a dose-dependent response across the 
three cohorts, Spark reported.

None of the patients developed Factor VIII 
inhibitors – a feared adverse event.

In five of seven patients in the 2x1012 vg/
kg cohort, the FVIII activity levels ranged 
from 16%-49%. Twelve weeks after infusion 
of the therapy, the mean FVIII activity was 
30% and at the four-week mark the ABR and 
AIR were both reduced by 100%.

However, Spark also reported that the im-
mune response reported in two patients in 
this highest-dose cohort caused FVIII levels 
to go lower than 5%. Both were switched 
from prophylactic to on-demand treatment. 
One received oral steroids and the other was 
treated in the hospital with intravenous meth-
ylprednisolone infusions. The hospital treat-
ment was considered a serious adverse event.

During its earnings call, the company 
said that there is no question that if these 
two patients did not have the immune re-
sponses they would certainly have been in 
a similar FVIII range as the other patients in 
the cohort.

Spark, however, believes that it can con-
trol this response by giving steroids four 
weeks after the vector infusion and then 
tapering the steroids. 

Based on the “tempo and magnitude of 
the immune responses observed,” a prophy-
lactic course of steroids will suppress these 
responses and should lead to long-term 
expression of FVIII above 12% in all partici-
pants at a dose of  of SPK-8011, Spark said in 
its earnings statement.

“Of note, across the study, seven of the 
12 participants received a tapering course 
of oral steroids in response to an alanine 
aminotransferase (ALT) elevation above pa-
tient baseline, declining FVIII levels and/or 
positive IFN-g enzyme-linked immunospots 
(ELISPOTs). For these seven participants, 
steroids led to normalization of ALT and 
ELISPOTs,” the company said.

For all but the two in the 2x1012 vg/kg 
cohort, oral steroids led to stabilization of 
target FVIII levels, the company said.

Katherine High, the company’s head of 
research and development, pointed out 
during the call that use of steroids to pre-
vent immune response before it is clinically 
detectable is an approach with a strong sci-
entific rationale, as it was used in a number 
of other trials of gene therapies, including 
the company’s recently approved blindness 
treatment Luxturna (voretigene neparv-
ovec-rzyl).

Spark plans to present additional data from 
the trial at the American Society of Hematol-
ogy (ASH) annual meeting in December and 
may also have a release prior to that event.

NEGATIVE MARKET REACTION
Spark’s stock price plunged by almost 28% 
to a close of $56.01 on Aug. 7 as the market 
digested the new Phase I/II data; it regained 
a little on Aug. 8, closing at $57.70.

This isn’t the first time Spark’s gene ther-
apy disappointed. Data for SPK-8011 in he-
mophilia A released at ASH in December 
2017 left investors concerned about the 
consistency of response, commercialization 
timelines and competitive positioning ver-
sus BioMarin’s BMN 270 (hemophvaloctoco-
gene roxaparvovec).

Despite the lack of data to improve the 
outlook, the stock had recovered all of its 
losses following the ASH meeting, Jefferies 
analyst Michael Yee said in an Aug. 7 note. 

The latest release will “perplex investors” 
and lead to more debate about SPK-8011’s 
competitive profile, given that two of seven 
patients on the go-forward dose fell below 
the important threshold of 12%, Yee said.

Phase I/II data for BioMarin’s valoctoco-
gene roxaparvovec in hemophilia A were 
presented at the World Federation of He-
mophilia (WFH) World Congress in Glasgow, 
Scotland in May and are now viewed as su-
perior by analysts.

BioMarin’s Phase III study GENEr8-1 study 
of 130 patients is under way; enrollment 
is expected to wrap up in the first quarter 

CONTINUED ON PAGE 18
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of 2019. BioMarin is also running a smaller 
Phase III study called GENEr8-2 that is ex-
pected to complete in the second or third 
quarter of 2019.

BioMarin has proceeded to Phase III with 
using 20-30x higher dosing, with a much 
wider efficacy band and longer follow-up, 
Yee noted.

Wedbush Securities analyst David Nie-
rengarten said in an Aug. 7 note that given 
BioMarin generated “better results across all 
relevant measures” with BMN 270 and is al-
ready in Phase III, “Spark could face challeng-
es in enrolling patients into a planned Phase 
III, assuming FDA and IRBs [institutional re-
view boards] even greenlight a study.”

Nierengarten also suggested that it’s un-
clear what effect steroid prophylaxis will be 
accepted by regulators in the Phase III study, 
though this has been done in studies of oth-
er gene therapies, and what effect it might 
have on efficacy.

Leerink Swann analyst Joseph Schwartz 
said in an Aug. 7 note that Spark’s data con-

firms concerns about immunogenicity to 
the SPK-100 vector, which arose after the 
first SPK-8011 data update at ASH 2017 and 
led the firm to downgrade the stock. 

Schwartz concluded that while man-
agement “emphasized that the hemo-
philia A patients treated with SPK-8011 
benefited clinically with reductions in 
bleed rates and factor replacement usage 
… one cannot deny that the profile looks 
comparatively worse” relative to BioMa-
rin’s hemophilia A data.

Furthermore, Schwartz said that manage-
ment’s decision to move SPK-8011 at the 
2x1012vg/kg dose “looks risky to us, based 
on the profile seen to date.”

IN OTHER QUARTERLY NEWS …
In other news for the quarter, Spark report-
ed $4.3m in sales, vs. $7m consensus, for 
Luxturna, which was the first gene therapy 
cleared by the FDA.  The therapy is approved 
as a one-time gene treatment for patients 
with biallelic RPE65 mutation-associated 
retinal dystrophy. 

Spark launched Luxturna at the list price 
of $425,000 per eye, or $850,000 for most 
patients, and offers an installment payment 
model for payers that enables spacing out 
the cost over time. 

Spark said that 12 vials of Luxturna 
shipped in the second quarter and pa-
tients are now treated in six treatment 
centers. About 80% of commercial lives are 
covered and the company is working on 
installment payment plan and outcomes-
based rebates options with the US Depart-
ment of Health and Human Services (HHS) 
and the Centers for Medicare & Medicaid 
Services (CMS).

Chief Operating Officer John Furey said 
that commercial coverage is ahead of in-
ternal pre-launch expectations, as well as 
ahead of other rare disease products that 
recently entered the market.

“Ongoing discussions with commercial 
payers are positive as we work to further 
expand coverage,” Furey told the earn-
ings call.  
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Lundbeck Breaks Into MAb Development
JOHN DAVIS john.davis@informa.com

Denmark’s mid-sized pharmaceuti-
cal company, Lundbeck Inc., has 
moved its first-ever monoclonal 

antibody into clinical studies by taking the 
anti-alpha-synuclein antibody, Lu AF82422, 
into the clinic, joining a handful of MAb-
based therapies that are being evaluated by 
biopharma companies in early-stage clinical 
studies for Parkinson’s disease.

Lundbeck is well known as a specialty de-
veloper of drugs for psychiatric and neuro-
logical disorders, and the aging antidepres-
sant, Cipralex/Lexapro (escitalopram), was 
still the company’s second-highest selling 
product in the first quarter of 2018.

However, that product is facing generic 
competition, and Lundbeck is doubling 
down on the development of new CNS 
therapies, an area that its recently appointed 
new CEO and president, Deborah Dunsire, is 
likely to appreciate when she takes up her 
position on Sept. 1, 2018. Dunsire’s 30 years 
in the industry have been primarily in oncol-
ogy and the neurosciences.

Lu AF82422 was developed in a collabo-
ration with Genmab AS that was set up in 

2010, under which Genmab was to receive 
up to DKK283m (€38m) in milestones, plus 
single-digit royalties on any sales, with Lun-
dbeck funding clinical development of any 
promising compounds in Parkinson’s dis-
ease. Genmab also had the option to take 
selected antibodies into clinical develop-
ment in certain non-CNS indications, at its 
own cost. 

The antibody targets alpha-synuclein, a 
protein found at high levels in Lewy bod-
ies, a hallmark of Parkinson’s disease. Lu 
AF82422 is Lundbeck’s third candidate 
Parkinson’s therapy to enter the clinic dur-
ing 2018, the other compounds being Lu 
AF28996 and the glutamate receptor mod-
ulator, foliglurax. 

The market for Parkinson’s disease thera-
pies is currently dominated by mature 
brands and generics, many of them contain-
ing levodopa, and is worth around $3bn in 
2016, according to Datamonitor Healthcare 
analysts, but is set to double to $6.7bn by 
2025, driven by a growing elderly popula-
tion, inflation of US generic drug prices, and 
new entrants to the market.

Other companies evaluating alpha-
synuclein monoclonal antibodies in the 
clinic, according to the drug development 
database, Biomedtracker, include: Biogen 
Inc. with BIIB054, which is in Phase II clini-
cal studies, in a collaboration with Neu-
rimmune Holdings AG; and Roche and 
collaborator Prothena Corp. PLC which 
are evaluating PRX002, an alpha-synuclein 
targeting MAb, in a Phase II study under a 
2013 collaboration. 

Another US company, Enterin Inc.  is 
taking a slightly different approach and is 
evaluating ENT-01, a small molecule derived 
from the dog shark, that prevents alpha-
synuclein binding to nerve membranes and 
is in Phase I/II studies, Biomedtracker notes.

In Germany, Affiris AG is evaluating AF-
FITOPE PD03A in Phase I, a peptide-based 
vaccine targeted against alpha-synuclein. 
And South Korea’s 1ST Biotherapeutics 
has a small molecule c-Abl inhibitor, in pre-
clinical studies to prevent alpha-synuclein 
aggregation to reduce Lewy body-associat-
ed pathophysiology.  
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Generic Drug Sector Struggles Even As The Need For 
Cheaper Drugs Grows
JESSICA MERRILL Jessica.merrill@informa.com

Generic drug companies have been 
trying to navigate through the per-
sistent problem of US drug pricing 

pressure, but the issue has yet to resolve. 
Second quarter financials at generic drug 
manufacturers like Teva Pharmaceuti-
cal Industries Ltd., Sandoz Interna-
tional GMBH, Mylan NV and others were 
weighed down by the US market, due to 
continued pricing pressure, slow uptake of 
new complex generics and other company-
specific factors. 

 Price erosion, spurred by customer con-
solidation and the US FDA’s faster ANDA 
approvals, has impacted generic drug rev-
enues negatively for at least three years. In-
dustry leaders say US prices are finally stabi-
lizing, but company financials do not yet to 
reflect that normalization. 

Generic drug makers told investors to-
ward the back half of 2017 that as FDA 
worked through a big backlog of ANDAs 
pricing pressure would be reduced. But 
while stability remains elusive, drug mak-
ers say they are optimistic about the funda-
mentals of the business. 

Teva’s North American generic product 
sales declined 29% to $947m in the sec-
ond quarter due to ongoing pricing pres-
sure and more generic versions of Concerta 
(methylphenidate extended-release) enter-
ing the market.

Meanwhile, Novartis AG revised 2018 
revenue growth targets for its Sandoz ge-
neric drug unit downward to anticipate a 
low-single-digit decline due to US prices. 
Sandoz reported second quarter revenues 
declined 2% to $2.5bn, as 9% price erosion – 
mainly in the US – was offset by 7% volume 
growth. Excluding the US, net sales grew by 
5%, Sandoz reported. 

Similarly, Mylan reported Aug. 8 that sales 
in North America declined 22% compared 
to the prior-year quarter to $1bn, reflecting 
lower volumes on existing products, includ-
ing EpiPen. Lower volumes were largely 
impacted by a remediation program at its 
Morgantown, West Virginia manufactur-
ing facility, including the discontinuation 
of some products, as well as ongoing US 

price pressure, and slow uptake of its new 
complex generic version of Teva’s Copaxone 
(glatiramer). The US challenges led Mylan to 
lower its 2018 financial guidance. 

Surprising investors, Mylan also announced 
that it is evaluating strategic options. Al-
though the company insisted the US funda-
mentals remain strong, the board of directors 
believes the company remains undervalued.

“There is no doubt we are witnessing a 
rebasing of the entire US pharmaceutical 
system,” Mylan CEO Heather Bresch said dur-
ing the company’s same-day earnings call. 

The smaller generic drug player Endo 
International PLC also reported second 
quarter financials Aug. 8, saying that US 
generic pharmaceutical sales declined 37% 
to $241.2m in the second quarter, with the 
company citing the challenging market as 
well as product discontinuations and the 
loss of marketing exclusivity for generic Ze-
tia (ezetimibe) in the first half of the year. 

OPTIMISM ON THE 
FUNDAMENTALS
Meanwhile, Perrigo Co. PLC announced 
Aug. 9 that it will spin off or sell its pre-
scription pharma business, but CEO Uwe 
Roehrhoff said this is not because of recent 
disappointing performance for the portfo-
lio of topical generic medicines. Roehrhoff 
insisted that Perrigo’s generics segment is 
attractive as a standalone entity despite a 
13.2% decline in second quarter sales and 
the company’s lowered 2018 guidance for 
the business, which were impacted by both 

pipeline setbacks and an 11% decline in ge-
neric drug prices.

Indeed, Sandoz CEO Richard Francis said 
during Novartis’ second quarter earnings 
call July 18 that while generic drug prices 
continue to decline, pressure to cut pricing 
further also is declining. “What you are see-
ing in the market generally is a continued 
price decline,” Francis told Novartis’ call. “I do 
think we see this as slightly lower than in 
previous years, but not dramatically.” 

Teva CEO Kare Schultz commented dur-
ing the company’s second quarter call Aug. 
2, “I do think we see a reduction in price ero-
sion and stabilization of the pricing dynam-
ics in the US, but it really has not had any 
major impact in the second quarter.” He said 
the strong price erosion in 2017 is continu-
ing to have a carryover effect into 2018.

“While our US generic pharmaceuticals 
segment has faced a challenging market 
environment, we are cautiously optimistic 
that the portfolio decisions we made over 
the past 18 months position us well for the 
future,” Endo CEO Paul Campanelli com-
mented in a statement. 

The need for cheaper drugs in a market 
where health care costs have become a 
flashpoint should be a case for the long-term 
potential of the business, but one of the chal-
lenges is the transition from the blockbuster 
small molecule era to the specialty arena of 
complex generics and biosimilars. That mar-
ket – particularly in the US – still is evolving. 

Bresch said she expects the US market will 
continue to transition for a couple of years. 
“We are actively exploring other metrics that 
could provide better insight into our global 
performance,” she said. “Our fundamentals 
are intact and our confidence in executing 
on our long-stated global strategy is espe-
cially pronounced as we’re continuing to 
forecast growth in ex-US markets, where 
more than 60% of our business resides.” 

Bresch, in an interview with Scrip earlier 
this year, talked about how the company 
has been able to absorb the volatility in the 
US market through geographic expansion, 
but that Wall Street has continued to un-
dervalue it.

mailto:Jessica.merrill@informa.com


scrip.pharmaintelligence.informa.com 17 August 2018   |   Scrip   |   21

G E N E R I C S / D E A L S

The companies that have navigated the 
challenging US market most successfully have 
done so by focusing on geographic expan-
sion over the last few years in countries where 
generics are more profitable and by focusing 
on higher-margin products like complex ge-
nerics, sterile injectables and biosimilars. 

Sandoz and Mylan have had more suc-
cess than Teva, which has struggled the 
most. Teva’s $40.5bn acquisition of Allergan’s 
generic drug business in 2016 strengthened 
the Israeli company’s exposure to the US ge-
nerics market and piled on more debt. 

Teva’s problems have resulted in a leader-
ship shakeup and a huge cost-cutting pro-
gram that will reduce its workforce by 25%.  
(Also see “Teva Braces For A Bigger Hit As Price 
Competition Intensifies For Copaxone” - Scrip, 
2 Aug, 2018.) Other large generic makers 
have avoided those kinds of serious pitfalls, 
although that could be part of the options 
Mylan is exploring. 

While Teva was late to the biosimilars 
game, both Novartis and Mylan are deeply 
invested in the area. Both market biosimi-
lars in Europe and the US, and Mylan just 
scored a big win with FDA approval of the 
first biosimilar version of Amgen’s Neulasta 
(pegfilgrastim), which is launching now un-
der the brand name Fulphila.

Both Novartis and Mylan also market ge-
neric versions of Teva’s Copaxone (glatiramer) 
– not biosimilars, but complex small mol-
ecules that have had a less traditional com-
mercial uptake curve. Interestingly, those 
investments have yet to pay off in a big way, 
at least in the US market, where commercial 
challenges are making market penetration 
difficult, as Bresch highlighted in her opening 
commentary on Mylan’s second quarter call. 

PRUNING UNPROFITABLE 
DRUGS
Increasingly, generic drug manufacturers 
also are narrowing their US product port-
folio to weed out unprofitable products. 
Teva has been the most outspoken about 
this strategy, under Schultz’s leadership, but 
other manufacturers similarly are rationaliz-
ing their portfolios. 

When he first addressed investors with a 
plan to get Teva back on track, Schultz insisted 
Teva would have to raise the price on some 
unprofitable US generic drugs or discontinue 
them altogether. At the J.P. Morgan Health-
care meeting at the start of the year, Schultz 
said the effort might impact about 10% of the 
SKUs in Teva’s US generics portfolio.

During the second quarter call, Teva 
Exec VP North America-Commercial Bren-

dan O’Grady said the company has mostly 
worked through its portfolio optimization 
process. He said the company was able to 
negotiate price increases for about 20% of 
the products, but will discontinue the other 
80%. Many of those products had low mar-
ket share already, he said. 

But other drug makers also have been 
curbing their portfolios. “We’ve obviously 
been continuously pruning our portfolio to 
make sure we take out the products which 
we don’t see as growth drivers going for-
ward,” said Novartis’ Francis. 

Mylan discontinued a number of prod-
ucts, which impacted volumes in the sec-
ond quarter, but those changes were made 
to address the manufacturing issue at Mor-
gantown and reduce complexity at the facil-
ity. Endo also has discontinued products in 
its US generics portfolio. 

With the big focus on high drug prices 
in the branded pharmaceutical market, a 
strong generics sector provides an important 
balance to the drug industry and an offset to 
health care costs. But given high utilization of 
generics, pricing still is under pressure in this 
sector. It’s clear more changes will be com-
ing across the sector as the generic industry 
evolves to fit a changing market.  

Published online 12 August 2018

Allergan And Editas Sharpen Their CRISPR Focus
STEN STOVALL sten.stovall@informa.com

Progressing its R&D pact inked with 
Editas Medicine Inc. in March 2017, 
Allergan PLC on Aug. 7 confirmed 

it would take up the option of developing 
and marketing a candidate from the US-
based CRISPR specialist to treat a retinal 
degenerative disorder, Leber congenital 
amaurosis (LCA).

The Irish-headquartered pharma said it 
would co-develop and co-commercialize 
EDIT-101 globally specifically for the treat-
ment of LCA10. Also, Editas for its part has 
exercised its option to co-develop and share 
equally in the profits and losses from EDIT-
101 in the US market.

Under the terms of the option agree-
ment signed in March 2017, Editas received 
a $90m upfront fee from Allergan as well as 
potential milestone payments and royalties 
from any approved product. The agreement 
covers a range of first-in-class ocular pro-

grams targeting serious, vision-threatening 
diseases based on Editas’ CRISPR genome 
editing platform, including CRISPR/Cas9 
and CRISPR/Cpf1.

Allergan said it had now paid Editas 
$15m in conjunction with the exercise 
of its option. Editas is also eligible to re-
ceive an additional $25m from Allergan 
upon acceptance of an investigational 
new drug (IND) application for EDIT-101 
by the FDA. 

Last September the European Medicines 
Agency (EMA) granted orphan medicinal 
product designation to EDIT-101.

LCA is a group of inherited retinal degen-
erative disorders caused by mutations in 
at least 18 different genes. LCA is the most 
common cause of inherited childhood 
blindness. The most common form of the 
disease, LCA10, is a monogenic disorder 
caused by mutations in the CEP290 gene 

and is the cause of disease in approximately 
20% to 30% of all LCA patients.

Allergan’s head of R&D David Nichol-
son said in a statement that CRISPR-based 
medicines “have the potential to be game-
changers for patients with both genetically-
defined and genetically-treatable diseases 
of the eye.”

Editas CEO Katrine Bosley said, “Allergan 
is a long-time innovator in ophthalmology, 
and their deep experience in developing, 
manufacturing, and commercializing medi-
cines globally will meaningfully advance the 
EDIT-101 program and maximize our abil-
ity to bring this transformative medicine to 
people living with LCA10.”

Editas, based in Cambridge, Mass., is fo-
cused on translating the power and po-
tential of the CRISPR/Cas9 and CRISPR/Cpf1 
genome editing systems into a novel drug 
pipeline.     Published online 7 August 2018

scripintelligence.com
mailto:sten.stovall@informa.com


22   |   Scrip   |   17 August 2018 © Informa UK Ltd 2018

P I P E L I N E  WAT C H

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.

Click here for the entire pipeline 
with added commentary: 

http://bit.ly/2mx4jY3

Selected clinical trial developments for the week 3–9 August 2018

LEAD COMPANY/PARTNER COMPOUND INDICATION COMMENTS

PHASE III RESULTS PUBLISHED

Boehringer Ingelheim GMBH/ 
AbbVie Inc.

risankizumab plaque psoriasis UltIMMA-1,2; The Lancet, Aug. 7, 2018.

PHASE III INTERIM/TOP-LINE RESULTS

BioLineRx Ltd.
BL-8040 combined  
with G-CSF

bone marrow transplant  
in multiple myeloma

GENESIS; mobilized stem cells.

Strongbridge Biopharma PLC
Recorlev  
(levoketoconazole)

Cushing’s syndrome, 
endogenous

SONICS; met efficacy primary endpoint, well 
tolerated.

Mithra Pharmaceuticals SA
Estelle (estetrol plus  
drospirenone)

contraception
E4 FREEDOM; positive data, met primary efficacy 
endpoint.

Astellas Pharma Inc./Amgen Inc. Repatha (evolocumab) dysplipidemia
GAUSS-4; lowered LDL-C in statin intolerant 
Japanese patients.

United Therapeutics Corp.
Orenitram (treprostinil), 
extended-release

pulmonary arterial  
hypertension

FREEDOM-EV; met primary endpoint, delayed 
disease progression.

PHASE III INITIATED

Iterum Therapeutics PLC
sulopenem etzaroxil  
plus probenicid

urinary tract infections SURE 1; a potential oral therapy.

JCR Pharmaceuticals Co. Ltd. JR-141 Hunter syndrome A 12-month study.

Pluristem Therapeutics Inc. PLX-PAD cell therapy
critical limb ischemia,  
muscle injury after hip 
fracture surgery

A placenta-derived therapy.

Basilea Pharmaceutica Ltd. Zeftera (ceftobiprole) bacteremia Caused by Staphylococcus aureus.

BiondVax Pharmaceuticals Ltd. M-001 flu prophylaxis A universal flu vaccine candidate.

Cara Therapeutics Inc. Korsuva (difelikefalin) pruritus KALM-2; hemodialysis patients.

PHASE III ANNOUNCED

MediciNova Inc. MN-166 (ibudilast)
degenerative cervical 
myelopathy

After surgery for spinal cord injury.

PHASE II INTERIM/TOP-LINE RESULTS

Sangamo Therapeutics Inc./ 
Pfizer Inc.

SB-525, gene therapy hemophilia A Alta; raised factor VIII levels, well tolerated.

Ovid Therapeutics Inc. OV101 (gaboxadol) Angelman syndrome
STARS; well tolerated, improved efficacy  
endpoint.

Bavarian Nordic AS MVA-BN RSV vaccine
respiratory syncytial virus 
infection

Durable immune responses one year after  
immunization.

Eurocine Vaccines Immunose FLU, intranasal flu in older adults Well tolerated.

Theravance Biopharma Inc. TD-9855 orthostatic hypotension Durable improvement of symptoms.

UPDATED PHASE II RESULTS

ContraVir Pharmaceuticals Inc. CRV431 hepatitis B Well tolerated.

PHASE II COMPLETED

Protagonist Therapeutics Inc. PTG-100 ulcerative colitis PROPEL; supports further development.

Source: Biomedtracker
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A P P O I N T M E N T S

Charles Hugh-Jones has left his position 
as chief medical officer for Pfizer Oncol-
ogy to join Allergan in the same position, 
reporting into chief R&D officer David Ni-
cholson. Hugh-Jones has 25 years of ex-
perience in the healthcare industry. Prior 
to joining Pfizer, Hugh-Jones served as Sa-
nofi’s chief medical officer for North Amer-
ica. He previously served in senior medical, 
commercial & R&D roles at Schering/Bayer 
and Enzon Pharmaceuticals.

Novartis has appointed Klaus Moos-
mayer as chief ethics, risk and compliance 
officer. Moosmayer has been the chief 
compliance officer of Siemens since Janu-
ary 1, 2014. CEO Vas Narasimhan said: “As 
we aspire to reimagine medicine, we must 
hold ourselves to highest ethical standards 
and always aim to win and maintain the 
trust of society and our many stakeholders.” 

Carrie Cox has been named as Array BioP-
harma Inc’s chairman of the board, effec-
tive immediately. Kyle Lefkoff, general part-
ner of Boulder Ventures, who has served as 
chairman of Array’s board since its inception, 
has stepped down as chair and will contin-

ue to serve as a director. Cox has served as 
executive vice president and president of 
Schering-Plough’s global pharmaceutical 
business. Before joining Schering-Plough, 
Cox served as executive vice president and 
president of Pharmacia’s global prescription 
business, senior vice president of Pharmacia 
& Upjohn’s global prescription business, and 
as vice president of women’s healthcare at 
Wyeth-Ayerst. Array is now commercializing 
its first FDA approved products, Braftovi and 
Mektovi, for metastatic melanoma.

Sigilon Therapeutics has hired Rogerio 
Vivaldi as CEO. Vivaldi joins the Sigilon team 
from Sanofi’s recently purchased Bioverativ, 
where he served as chief global therapeu-
tic operations officer. Paul Wotton, who has 
stepped back from the role of CEO to man-
age a family health issue, will remain with the 
company in an advisory capacity and will con-
tinue to hold a seat on the company’s board. 
Sigilon was founded by Flagship Pioneering 
in 2017 with $23.5m in capital. Treatments 
based on its Afibromer technology platform 
include cell implants that act as responsive 
‘living therapeutics’, providing more natural 
control for diseases that are currently treated 

with intermittent injection or infusion. Initial 
areas of focus include hematologic, enzyme 
deficiency, endocrine and metabolic disor-
ders. Under Vivaldi’s leadership, Sigilon plans 
to move into the clinic and toward regulatory 
approval and commercialization of its multi-
product pipeline. The company also plans to 
expand into new therapeutic disease areas.

Zelluna Immunotherapy, a biotechnol-
ogy company specializing in T-cell recep-
tor (TCR) immunotherapies, has hired 
Namir Hassan as chief scientific officer. 
Hassan’s key initial responsibilities will be 
managing and planning the next stages of 
development for Zelluna’s existing prod-
ucts. This includes Zelluna’s core asset, an 
exclusive portfolio of tumor specific T cell 
receptors obtained from cancer patients 
with remarkable long-term survival fol-
lowing treatment with peptide-based vac-
cines. He will also manage the building of 
Zelluna’s own research team and facilities. 
On a longer-term basis, he will lead re-
search activities for the expansion of Zel-
luna’s portfolio with a focus on adoptive 
cell therapy for solid cancers. Hassan joins 
Zelluna from Immunocore.

New CFO Mackay Completes Top Table At GSK
KEVIN GROGAN kevin.grogan@informa.com

T he overhaul of senior management 
at GlaxoSmithKline PLC under CEO 
Emma Walmsley is continuing apace 

with the news that Iain Mackay will leave the 
HSBC bank to take over as new chief finan-
cial officer at the UK giant early next year. 

Mackay, 56, is set to leave HSBC at the end 
of 2018, where he has been group finance di-
rector for the last eight years and join GSK on 
Jan. 14. He will become CFO designate un-
til current finance head Simon Dingemans, 
who is retiring in May, hands over the reins on 
April 1. Mackay’s CV reveals some healthcare 
experience, with the chartered accountant 
having worked at General Electric Co. in the 
US from 1996 to 2007 before joining HSBC. 
He is also a member of the board of trustees 
at the British Heart Foundation.

In a statement, Walmsley described Mack-
ay as “a proven CFO of a complex, regulated 
global organisation” who is “a strong leader 
with a track record of driving cost, cash and 

capital allocation discipline to deliver strat-
egy.” She added that “these capabilities will 
be vital as we continue to implement our in-
novation, performance and trust priorities.”  

GSK chairman Sir Philip Hampton spoke 
of Mackay’s experience in different sectors 
and also mentioned his understanding of 
“complex, regulated environments” which 
will be “valuable to the board.”

Cashwise, Mackay’s base salary is £850,000, 
as his annual bonus although that could 
double if maximum targets are achieved. His 
package also includes £1.7m in long-term 
incentives and shares worth 300% of base 
salary and GSK said the deal was appropriate 
for the company and its shareholders.

Since Walmsley succeeded Sir Andrew Wit-
ty at CEO in April last year, there have been a 
number of key changes at the top. Luke Miels 
joined from AstraZeneca PLC to head up 
GSK’s pharmaceutical operations in Septem-
ber last year, after resolving a disagreement 

with his former employer, while the most 
eye-catching of the new appointments was 
that of former Genentech Inc. research chief 
Hal Barron who became R&D president and 
chief scientific officer late last year, replacing 
GSK veteran Patrick Vallance.

The appointment of Mackay is much less 
high-profile than that of Barron and GSK’s 
share price was not moved by the news. 
Observers canvassed by Scrip leaned to the 
view that the company has made a sensible 
if unspectacular choice, with one of Mack-
ay’s priorities likely to be cost-cutting.

During his time with HSBC in the US, 
Mackay was instrumental in the restructur-
ing of its consumer finance business. Such 
experience may come in handy if GSK boss-
es consider breaking the company up and 
selling its consumer business, a move which 
is frequently rumored but seems unlikely to 
happen in the near future.  
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