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Get Ready For The Return Of The 
Mega-Merger
JOSEPH HAAS joseph.haas@informa.com

Following tax reform, analysts expect 
biopharma mega-mergers to take 
place sooner rather than later. Analysts 

at Leerink Partners have assessed the likeli-
hood of a biopharma mega-merger now 
that US tax reform has been enacted and 
determined that AstraZeneca PLC, Bristol-
Myers Squibb Co., Vertex Pharmaceuti-
cals Inc., Celgene Corp. and Biogen Inc. 
are the targets that would make the most 
sense for potential acquirers such as Pfizer 
Inc., Merck & Co. Inc. or Roche.

In a March 16 analysis, Seamus Fernandez 
and Geoffrey Porges say that the aftermath 
of tax reform, along with the challenges 
posted by consolidation in the private payer 
sector, make the type of mega-merger not 

seen since 2009 not only likely but perhaps 
inevitable. Specifically, they pointed to com-
ments by Pfizer CEO Ian Read during a Jan. 
30 earnings call, when he said the pharma 
could repatriate up to $24bn, see its tax rate 
decline to 17% and be ready for significant 
new investment.

The Leerink analysts said they didn’t 
want to get into the game of predicting 
future deals, but provided a framework for 
which ones might make the most sense 
for the acquirer, using three metrics: short-
term accretion, strategic fit and longer-
term value. 

“We believe large-scale biopharma 
M&A has to be both financially reasonable 
(meaningfully accretive on a cash basis 

within 24-36 months), strategically sound 
(ideally portfolio enhancing with strategic 
optionality, e.g. Pfizer/Wyeth), and fre-
quently should provide a bridge through 
a period of slowing or declining sales and 
earnings,” they said. Pfizer acquired Wyeth in 
2009, the same year that Merck bought out 
Schering-Plough Corp. and Roche bought 
the portion of Genentech Inc. it didn’t al-
ready own.

AbbVie, Roche and Amgen might be 
motivated toward a mega-merger due to 
potential revenue decline tied to biosimilar 
competition during the next five to seven 
years, the report suggests, while Merck, Cel-
gene, Biogen and Shire could be driven by 
a need to offset coming competition from 
small molecule generics.

THREE TOP TARGETS
In selecting a top three for each of the 
metrics, Fernandez and Porges deter-
mined that AstraZeneca, Bristol and 
Vertex topped the list for both strategic 
fit and long-term value, although not in 
the same order. For short-term accretive 
value, using a “simplified financial and 
strategic framework,” the analysts deter-
mined the three most lucrative buyout 
targets would be Celgene, Biogen and 
AstraZeneca, with Celgene unmatched 
by any of the other nine possible buyout 
targets assessed (see chart on p7).

Based on Wall Street consensus projec-
tions of top-line growth and earnings-
per-share for the 2018-2020 and 2020-
2024 periods, the analysts determined 
that Pfizer, Merck and Roche would be the 
most motivated acquirers of a large peer 
company, followed by Novartis and Ab-
bVie. Their takes:
• Pfizer faces low-to-mid single-digit 

sales growth in the near term, lacks a 

CONTINUED ON PAGE 7
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Scrip

Pharma companies face stronger patent expiry pressure 
over the next five years than they have endured in recent 
times. Meanwhile, growth in the market looks set to be 
driven by the expanding specialty medicines sector (in-
cluding new classes of drugs for rare diseases), which 
brings reimbursement challenges, increasing competi-
tion and higher prices often offset by smaller target pa-
tient populations. So how can companies best position 
themselves for sustainability? 

Grasping the big data/digital health/artificial intel-
ligence nettles and pulling for all their worth is clearly 
something that most companies are at least aware they 
should try. Getting to grips with “value-based pricing” 
and establishing a confident and effective strategy for 
securing appropriate reimbursement for new drugs is 
another. And then there’s doing deals.

Biopharma has long been fertile ground for company 
deal making of all types, and with the galloping advances 
in data capabilities as well as in the understanding of and 
technical capacity around multiple areas of biology, pa-
thology and the engineering of novel therapeutics, such 
activity will likely only increase. But for some behemoths, 
growth through innovation and partnering still won’t be 
enough. Will the long-dormant mega-merger rear its head 
once more? Leerink Partners thinks so, and it has gone so 
far as to list the likely buyers and targets (see cover story). 

For more insights into predicted global drug spend-
ing trends over the coming five years, see Mandy Jack-
son’s piece on IQVIA Institute for Human Data Sci-
ence’s new report (p4). For more on how to harness 
data technology, see Joseph Haas’s article about a new 
EY report (p8).
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Aurobindo Injectables Unit Falls Foul Of FDA  
But Analysts Hopeful
http://bit.ly/2G11kMO

Aurobindo Pharma Ltd, India’s third-largest drug company 
by sales, has run into trouble with the US Food and Drug 
Administration, which has issued nine observations on its 
key sterile injectables unit in southern India, but analysts are 
confident there will be only a limited commercial impact.

Sosei Looks To Add Value Through Pipeline Progress
http://bit.ly/2GO6gWE

Japan-based Sosei is building up its portfolio of in-house assets 
on top of technology and molecule licensing deals as it looks to 
create value over the next few years following the acquisition of 
Heptares, say executives.

Cidara To Take Rezafungin Into Phase III In Two Severe 
Infection Indications
http://bit.ly/2IG6yiV

Two-week treatment data comparing the investigational 
echinocandin antifungal with caspofungin shows trend toward 
better cure rate with similar efficacy. Cidara plans Phase III trials 
for treatment and prevention of difficult-to-treat infections.

Auris Medical’s Second Phase III Tinnitus  
Trial Disappoints
http://bit.ly/2pvuHQi

Auris Medical Holding’s investigational tinnitus product, Keyzilen, 
has failed to meet its primary efficacy endpoint in an interim 
analysis of a second Phase III trial, adding to a series of clinical 
disappointments over the past few years for the Swiss biotech.

Finance Watch: Despite Bad News, IPOs And Public 
Offerings Keep Flowing
http://bit.ly/2FQbVyc

Solid Biosciences was able to launch an IPO earlier this year 
despite a last minute disclosure about a partial clinical hold, 
which is now a full clinical hold that’s cost investors money. 
Even so, Arcus Biosciences was able to launch its IPO. Ideaya, JW 
lead recent VC financings.

Deal Watch: Ionis Turns To Affiliate Akcea  
In Amyloidosis
http://bit.ly/2DHTTIA

Biohaven restructures its migraine partnership with Bristol to 
reduce its downstream royalty commitments. Meanwhile, the 
pharma partners with GRYT Health’s cancer app for patient/
caregiver insights into cancer therapy.

exclusive online content
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Vifor Flying Solo 

Lundbeck Gobbles Prexton 
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Pricing Pressure Pays Off As Drug Spending Moderates 
Despite New Launches
MANDY JACKSON mandy.jackson@informausa.com

A new IQVIA Institute for Human 
Data Science report shows that sig-
nificant rebates, discounts and lim-

ited access to medicines are keeping drug 
spending growth in check, though Phar-
maceutical Research and Manufacturers of 
America (PhRMA) credits competition for 
slowing the compound annual growth rate 
(CAGR) for drug spending globally.

Clearly, both payer pressures on pricing 
and the need to price medicines competi-
tively – especially in drug classes with mul-
tiple similarly effective therapies – impact 
how much money is spent on medicines. 
The IQVIA Institute, formerly known as the 
IMS Institute for Healthcare Informatics, said 
in a March 13 report that the CAGR for glob-
al drug spending was 6.2% between 2013 
and 2017, bringing the total spend last year 
to $1.1tn, but the CAGR will be just 3%-6% 
between 2018 and 2022, so that the total 
spend in 2022 will be $1.4tn. 

The report – 2018 and Beyond: Outlook 
and Turning Points – notes that net spend-
ing on branded drugs in developed mar-
kets rose from $326bn to $395bn during 
the past five years, but the total is expected 
to decline by 1% to 3% in 2018 to $391bn. 
IQVIA predicts that net spending on brand-
ed drugs – the total after rebates and dis-
counts negotiated between manufacturers 
and payers – will not increase throughout 
the next five years. 

The plateau was attributed to the growth 
in rebates and discounts negotiated by pay-
ers as well as the statutory pricing conces-
sions mandated by government payers. The 
difference between list prices and net prices 
was $146bn for branded medicines in 2017, 
which was nearly double the difference five 
years earlier, according to IQVIA’s report. 

The institute predicts that branded drug 
spending will level off over the next five 
years due to:
• A 37% increase versus the prior five-year 

period in patent expirations, meaning 
that $124bn worth of spending on brand 
names will face generic competition be-
tween 2018 and 2022 versus $90bn be-
tween 2013 and 2017; 

• Reduced spending on new medicines as 
a portion of branded drug expenditures, 
dropping from $119bn for the five years 
ending in 2017 to $88bn for the five-year 
period ending in 2022; 

• A modest 2%-5% increase per year in US 
brand name drug prices while branded 
medicine costs fall in other developed 
markets; and 

• Continued slow volume increases for es-
tablished brands and generics and pre-
scribers shift patients to newer medicines 
over time. 

SPECIALTY MEDICINE 
SPENDING SOARS
However, the cost for high-priced specialty 
medicines as a percentage of global drug 
spending – for indications such as cancer, 
arthritis, hepatitis C and rare diseases – con-
tinues to grow. IQVIA reports that spending 
growth for specialty medicines exceeded 
growth for traditional medicines for the 
10th consecutive year, with specialty medi-
cines expenditures rising from 19% of global 
drug spending in 2007 to 32% in 2017. 

Specialty drugs accounted for 39% of 
spending in developed markets for a total 
of $297bn in 2017 and is projected to reach 
$318bn or 41% of drug spending in devel-

oped markets in 2018. Specialty medicines 
are projected to account for 48% of drug 
spending in developed markets by 2022.

The specialty medicines category also will 
be impacted by an increase in the number 
of approved gene and cell therapies, which 
come with higher costs than costly biolog-
ics and may require innovative pricing and 
reimbursement strategies for what often are 
one-time treatments. IQVIA forecasts that 
five to eight next-generation biotherapeu-
tics will be approved in 2018 and 20% of 
the 40-45 new active substances approved 
annually during the next five years will be 
gene and cell therapies.

Cancer therapies and biologics for the 
treatment of autoimmune diseases ac-
counted for 46% of specialty drug spending 
in 2017, and 68% of the growth in specialty 
medicines expenditures over the next five 
years will come from those two categories, 
according to IQVIA. 

COMPETITION BRINGS  
LOWER PRICES
Payers’ ability to negotiate rebates and dis-
counts are limited when there are few or no 
competing products for a given indication. 
But for diseases in which generics, biosimi-
lars or multiple competitors are available, 
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the institute expects manufacturers to face 
increased pricing pressure. 

That squares with PhRMA’s assertion in 
a blog post about the IQVIA report that it 
“provides additional evidence to support 
the conclusion that the competitive mar-
ket for medicines in the United States holds 
down costs.”

However, PhRMA’s members may see ad-
ditional pushback on specialty drug prices 
from prescribers on top of pressure from 
payers, according to the report. It notes 
that health care providers are dealing with 
increased paperwork demands from payers 
to justify prescriptions for high-priced spe-
cialty medicines. 

As a result, the IQVIA report notes, 
“the growing resistance of payers to ris-
ing spending means that some of these 
medicines may not produce significant 
financial returns.” That’s already a concern 
in diseases like psoriasis where multiple 
companies are developing and marketing 
drugs with the same mechanisms of ac-
tion and similar efficacy.

Outcomes-based contracts between pay-
ers and drug makers as well as the increased 

use of biosimilars will help payers manage 
costs and manufacturers negotiate patient 
access to medicines in the US. 

The IQVIA report notes that 24 publicly 
disclosed outcomes-based contracts were 
negotiated between 2013 and 2017, but 
that is expected to increase to 65 contracts 
between 2018 and 2022. While these agree-
ments still are difficult to manage, interest 
is rising and spreading to additional indi-
cations. The initial focus was largely in car-
diovascular diseases and diabetes, but out-
comes-based contracts increasingly will be 
negotiated for drugs that treat cancer and 
rare diseases.

In terms of biosimilars, while only $3bn 
worth of drug spending became vulnerable 
to lower-cost biologics in 2017, IQVIA said 
$19bn worth of medicines would be im-
pacted by biosimilars in 2018 and $52bn in 
biologic sales will face less expensive com-
petitors between 2019 and 2022.

EMERGING MARKET GROWTH 
HIGH, BUT SLOWING
Outside of the US and other developed 
markets, where payers – largely govern-

ment health authorities – are especially 
price-sensitive, drug spending will continue 
to rise during the next five years, but not as 
aggressively as in the previous five years. 
IQVIA said the CAGR in “pharmerging mar-
kets” was 9.7% between 2013 and 2017, but 
it will slow to 6%-9% between 2018 and 
2022 as economic growth in China, Brazil, 
India and Russia slows. 

Pharmerging markets are defined as 
countries with per capita income below 
$30,000 per year and five-year aggregate 
pharmaceutical spending growth above 
$1bn.

Slower economic growth will allow 
governments in pharmerging markets 
to better manage their drug spending, 
which will have the effect of limiting in-
vestment in those regions by multina-
tional manufacturers. Those countries are 
enacting policies to reduce spending on 
higher-cost medicines, encourage even 
greater use of generic drugs and promote 
investments in domestic manufactur-
ing, all with the goal of better managing 
health care costs.  

Published online 13 March 2018
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From Pharma Insider To Payer: Witty To Lead  
United’s Optum
JESSICA MERRILL jessica.merrill@informa.com

UnitedHealth Group Co. has chosen pharmaceutical insider 
Andrew Witty, formerly the CEO of GlaxoSmithKline PLC to 
lead its pharmacy benefit management and health services 

arm Optum. The insurer announced March 13 that Witty will succeed 
Larry Renfro as CEO of Optum effective July 1, responsible for over-
seeing OptumInsight, OptumHealth and OptumRx. 

The appointment puts a big pharma veteran in the very opposite 
role of managing drug spending at one of the three largest PBMs 
in the US, OptumRx, along with Express Scripts and CVS Caremark. 
Witty only stepped down from GSK in April 2017 and he has served 
on UnitedHealth’s board of directors since August.

Renfro, by contrast, previously worked at UnitedHealth before 
taking over the CEO role at Optum in 2011 and he succeeded an-
other longtime UnitedHealth employee G. Mike Mikan in the role in 
2009.  Renfro will continue with UnitedHealth, working as a manag-
ing partner of Optum Ventures, a series of funds focused on data ana-
lytics, technology and health care services companies.

Likewise, Express Scripts Holding Co. CEO Tim Wentworth came 
to the post in 2016 from a long PBM career, having joined Express 
Scripts from Medco Health Solutions Inc. when the two merged in 
2012. Matthew Leonard, who leads CVS Health Corp.’s pharmaceu-
tical purchasing program, has worked for the company since 1995. 

Insurers and drug manufacturers work in a generally adversarial 
relationship, negotiating market access and reimbursement for 
drugs. A pharmaceutical executive would certainly bring a different 
perspective to the job of managing drug spending, but would also 
understand the economics and inside tactics that drive pharmaceu-
tical pricing decisions. 

Big pharma executives who leave the comfort of their campuses 
tend to turn up more often at start-ups or venture investment firms. 
Nonetheless, the move to Optum seems representative of the time 
as pharma executives have had to become savvy about demonstrat-
ing the value of their drugs, and increasingly talk about pricing to 
value, if not always acting on it. 

A PESSIMISTIC VIEW OF US PRICING AND A 
CHAMPION OF PRICING TO VALUE
During his time at GSK, Witty stood out among big pharma execu-
tives for his pessimistic outlook on US drug pricing. He often spoke to 
investors over many years about his sense that the US drug pricing 
environment was not sustainable. In 2016, he warned investors in a 
discussion of drug pricing that “there are tremendous market forces 
at work in terms of the way the US market is changing.”

That outlook shaped his diversification strategy for the UK drug 
maker, where he bolstered the company’s consumer healthcare 
and vaccines businesses. His successor, Emma Walmsley, has turned 
around and reprioritized pharmaceuticals and R&D. 

Witty’s view of the US pharmaceutical pricing environment was 
shaped by his extensive experience in the respiratory space, selling 
the blockbuster asthma drug Advair (fluticasone/salmeterol) under 
increasingly competitive market dynamics. Payer pushback in asth-
ma and chronic obstructive pulmonary disease resulted in a big hit 
to GSK’s top-line and a $1.6bn cost savings program – and massive 
job cuts – in 2014.

Though GSK raised the price of Advair substantially over the years, 
the company was forced to increase rebates, lowering the net price 
of the drug to regain prime real estate on formularies. 

Witty was also an early advocate for value-based pricing. As far back 
as 2009, he warned “if you are not pricing for value, as opposed to your 
competitive position, you’ll see some real challenges.” His early cham-
pioning of value-based pricing may have been influenced by his expo-
sure to the UK’s government health system and the National Institute 
for Health and Care Excellence (NICE), which makes value determina-
tions. Witty was recently appointed to chair an Accelerated Access 
Collaborative that will select candidates for the UK’s new accelerated 
access pathway for breakthrough medical innovations and drugs.

Taken with all of that in mind, maybe Andrew Witty’s move to the 
payer side of the pharmaceutical business isn’t as surprising as it 
seems at first blush. 

Any experience with value-based pricing and NICE would be par-
ticularly appealing to an insurer like United as the US system appears 
to be moving increasingly toward some kind of value-based system. 
Sanofi and Regeneron Pharmaceuticals Inc. recently made big 
headlines by working collaboratively with the independent Institute 
for Clinical and Economic Review (ICER) on a value reassessment 
of Praluent (alirocumuab) – and agreeing to lower the price of the 
PCSK9 inhibitor in line with ICER’s assessments, leading some indus-
try insiders to question if ICER will become the new NICE.

United highlighted Witty’s three decades of experience in health-
care. “Critically, he has deep experience with how data and analytics 
and new technologies can be used to improve patient outcomes, 
better serve consumers, lower costs and drive value across the sys-
tem,” the company said in a statement. Optum generated $91.2bn in 
2017, growth of 9% over 2016.  

Published online 13 March 2018
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robust pipeline and may be plagued by 
its late entry into immuno-oncology.

• Merck, despite a promising long-term 
outlook for Keytruda (pembrolizum-
ab), lacks a robust late-stage pipeline, 
which could be ameliorated via M&A, 
but the presence of an influential R&D 
head in Roger Perlmutter might make 
the New Jersey pharma more likely to 
rely on internal pipeline development.

• Roche is in line for modest sales growth 
overall, but faces vulnerability due to po-
tential biosimilar competition to its core 
oncology brands Avastin (bevacizumab), 
Herceptin (trastuzumab) and Rituxan 
(rituximab). 

• Novartis is trying to overcome a diver-
sification scheme that did not pay off 
as hoped and with an expected sale 
or spinout of Alcon Inc. and the chal-
lenges faced by generics unit Sandoz 
International GMBH, the Swiss pharma 
will require a broader pipeline for value-
creation.

• AbbVie enjoys projections of robust 
near term and longer term top-line and 
bottom-line growth, but still may be mo-
tivated toward M&A by the biosimilar 
challenges faced by top-seller Humira 
(adalimumab).
Pfizer scores as the most likely mega-

merger acquisition party because it has 
“demonstrated the willingness and ability 
to execute mega deals,” the report states. 
Merck ranks lower because of Perlmut-
ter’s influence, while Novartis is seen less 
viable than Pfizer for a mega-merger be-
cause CEO Vasant Narasimhan is in his early 
months on the job.

ASSESSING POTENTIAL 
SYNERGIES, BUSINESS OVERLAP
Cost synergies are expected to be a main 
driver of a mega-merger; Leerink projects 
that sellers will have high SG&A and R&D 
spend, with buyers looking to cut costs 
by 20%-30%. Vertex’s potential growth 
and Celgene and Amgen, which offer 
high margins, would appeal to buyers 
driven mainly by synergy goals. In look-
ing at business overlap, the report sees 

Pfizer/Celgene as a pairing that would 
score high due to almost no competitive 
overlap, whereas a merger of Merck and 

Bristol would make little sense on this 
basis. For pipeline and revenue growth 
potential, the analysts score Vertex high 
and Shire low. (See box for the most likely 
pairings of buyer and seller.)

Big biotech Amgen holds a unique 
status in the Leerink analysis, viewed as 
both a potential buyer or acquisition. 
With an estimated $70bn it could use to-
ward a big transaction, the analysts limit-
ed Amgen’s potential take-outs to those 
that would not exceed $90bn in cash and 
financing. As a result, it selected Regen-
eron (estimated deal cost $55.8bn), Shire 
($86.0bn) and Vertex ($47.4bn) as the 
mergers that would make the greatest 
sense for Amgen.  

Published online 19 March 2018
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Accretion Estimates For Acquisition Targets,
2020 
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Most Likely Pairings
AbbVie/AstraZeneca 
Pfizer/AstraZeneca* 
AbbVie/Bristol 
Pfizer/Bristol 
Roche/AstraZeneca 
Merck/AstraZeneca 
AbbVie/Vertex 
* Pfizer tried but ultimately failed to buy out 
AstraZeneca in 2014, motivated largely by tax-
inversion goals no longer relevant after the tax 
reform enacted in 2017. (Also see “Inversion 
Crackdown: Does It Spell The End For Pfizer/
AstraZeneca?” - Pink Sheet, 23 Sep, 2014.)
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Future Value Creation Depends On Incorporating Data-
Driven Technology, EY Concludes
JOSEPH HAAS joseph.haas@informa.com

T raditional life sciences companies, 
including the biopharmaceutical in-
dustry, run the risk of being passed 

by due to the increasing activity by tech-
nology companies in health care, warns EY 
Global Life Sciences Industry Leader Pamela 
Spence. She thinks partnering might be the 
best solution.

In Life Sciences 4.0: Securing value through 
data-driven platforms, an EY report issued 
March 13, Spence notes that every compa-
ny producing health care products and/or 
services is a data company – “and therefore 
a technology company” – while likewise 
“every technology company that has access 
to health-related, consumer-generated in-
formation or other health data is a health-
care organization.”

The report goes so far as to speculate that 
by 2023, about 75% of life science compa-
nies currently in the Fortune 500 may fall 
out of that category thanks to increasing 
competition and industry convergence. 
Forward-thinking life sciences firms, includ-
ing those in biopharmaceuticals, need to 
ensure future value creation by focusing on 
ways to unlock the power of data through 
connecting, combining and sharing it, 
Spence said in an interview.

Focusing on patients as the customer, over 
health care providers and payers, and provid-
ing services around their products should 
drive “where [biopharma companies] deploy 
their capital and ultimately what business 
model they seek to achieve,” Spence said. For 
example, some drug makers might decide 
their future prospects look best if they turn to 
a disease-management model, which would 
be service-heavy and certainly focused more 
on the patient/consumer than on the health 
care provider, she explained.

In other industries such as retail and 
transportation, EY has seen that providing 
services can increase brand loyalty. For life 
sciences companies, a clear opportunity to 
do this is in addressing the needs and con-
cerns of “patients and consumers and also 
physicians and HCPs [who] are increasingly 
becoming more empowered with the data 
that they are exposed to,” Spence said.

DEALMAKING CENTERED ON 
THREE PRIORITIES
In tracking deal-making between life sci-
ences companies and technology firms, the 
EY report posits that there are three primary 
motivations to such partnerships: creating a 
new product or service, improving an exist-
ing product or service and collecting real-
world data.

Of the deals tracked between 2014 and 
2017, EY said 51% fell into the first category, 
with examples including Novo Nordisk 
AS’s alliance with software firm Glooko to 
develop a diabetes management app and 
UCB Group’s partnership with GPS technol-
ogy company Garmin to pilot a wearable 
device for the drug Cimzia.

All three of the major diabetes companies 
– Eli Lilly & Co. and Sanofi along with Novo 
– have been early adopters of the model 
of partnering with technology firms to 
empower and engage patients, the report 
points out, and diabetes as a disease has 
lead the way in delivering patient-focused 
solutions rather than drugs alone. Sanofi 
inked a joint venture in 2016 called Onduo 
– described as a virtual diabetes clinic – with 
Alphabet/Google’s Verily Life Sciences LLC 
unit. Meanwhile, in January, Lilly teamed 
with consumer digital health firm Livongo 
Health to conduct real-world trials to bet-
ter understand patients’ health behaviors 

and get diabetes patients more actively en-
gaged in their own care.

Of the 90 deals tracked between 2014 
and 2017 focusing specifically on develop-
ing a treatment platform technology for a 
specific disease, EY found that 25 centered 
on diabetes treatment, with 13 on respira-
tory disease and 10 on oncology. 

“The emphasis on new platforms in re-
spiratory care and diabetes is unsurpris-
ing,” the report notes. “In both cases, the 
competitive landscape is fierce — many 
products are either already generic or 
soon will be — and advances in sensors 
have created opportunities for smart, 
connected devices to capture user-
generated data to inform care manage-
ment. In 2018, for instance, every major 
biopharma with a significant respiratory 
franchise has now partnered with, or 
invested in, companies developing con-
nected inhaler technology.”

Meanwhile, the prevalence of cancer-re-
lated life sciences/technology partnerships 
likely reflects the reality that cancer patients 
require a high degree of care, Spence said.

IMPROVING PRODUCT 
OFFERINGS, ACCESSING DATA
Beyond efforts to develop a new product or 
service, 23% of the life sciences/technology 
company pair-ups during 2014-2017 were 
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aimed at improving a product or service by 
“adding capabilities linked to real-time data 
capture or improved customer engage-
ment,” the report states.

Access to data is also a major driver for 
alliances; 26% of the partnerships reflect-
ed a need by the life science company to 
combine its clinical data with real-world 
data to inform its R&D and commercial 
decision-making. These efforts include No-
vartis AG’s tie-up with Microsoft and Swiss 
and Dutch researchers to develop reliable, 
sensible assessments of neurological dys-
function and motor problems in multiple 
sclerosis patients.

Another example of this type of deal is 
Teva Pharmaceutical Industries Ltd.’s 
2016 collaboration with Intel to incorpo-
rate data from wearable devices in a Phase 
II study measuring disease progression in 
patients with Huntington’s disease. In 2017, 
a collaboration focused on therapeutic ad-
herence between Otsuka Holdings Co. 
Ltd. and Proteus Digital Health Inc. led to 
the first US approval of a digital pill, Abilify 
MyCite, which combines the oral antipsy-
chotic drug aripiprazole with a sensor that 
tracks the patient’s ingestion, paired with an 
app to record activity and mood.

“Companies are aware that data 
streams from wearables and sensors al-
low real-time feedback, creating an op-
portunity for continuous learning in 
clinical trials via analytics,” the report says. 
“Many of the first efforts are clustered in 
neurological indications where measur-
ing product efficacy and disease progres-
sion have historically depended on sub-
jective survey data.”

COMPLEX WEB OF ALLIANCES
A complex web of relationships has gradually 
developed from efforts between life sciences 
firms and technology companies to create 
new patient care platforms. (See chart.)

The result is a complex network as dif-
ferent players come together, including life 
sciences companies such as Lilly, Novartis, 
Pfizer Inc. and Johnson & Johnson, in-
cumbent tech companies like Apple, Micro-
soft and IBM Watson, newer digital informa-
tion companies like Helix, 

23andMe Inc. and Innovalan, and other 
health care-concerned groups such as the 
CRO Parexel International Corp., the in-
surer Blue Cross Blue Shield Association, 
the pharmacy benefit manager Express 
Scripts Holding Co., the Chinese conglom-
erate Alibaba and Duke University.

One of the primary challenges facing bio-
pharma companies that want to incorporate 
data-driven technology applications into their 
business models is whether to try to do this 
on their own or through partnerships, Spence 
noted. In most cases, collaboration will be the 
more sensible approach, she asserted.

“I think we’re moving into a new way of 
working in the world, that you don’t have to 
own everything. If you look at great innova-
tions and how great things are scaled, it’s 
often via networks,” she explained, adding 
that, “I just don’t think it’s affordable for ev-
eryone … to do everything in a proprietary 
way. Nor is it sensible, because you can’t be 
the best of the best in everything.”  

Published online 14 March 2018
[Editor’s note: All charts reproduced from 

the EY report Life Sciences 4.0: Securing value 
through data-driven platforms.]
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Advaxis Combo 
Trial On Hold 
After Death
Advaxis Inc. stock has taken a battering 
following the news that the FDA has 
placed a clinical hold on a Phase I/II 
trial of axalimogene filolisbac in combi-
nation with AstraZeneca PLC’s PD-L1 
inhibitor Imfinzi (durvalumab) to treat 
human papillomavirus (HPV)-related 
cancers after a patient death, although 
the US biotech does not believe its drug 
was the cause.

The halting of the trial, which has 
been evaluating the combo in patients 
with advanced, recurrent or refractory 
HPV-associated cervical cancer or squa-
mous cell carcinoma of the head and 
neck was prompted by a patient death 
reported on Feb. 27 involving respira-
tory failure following the sixth cycle of 
combination treatment in the study.

Advaxis said it would work with the 
site investigator, AstraZeneca and the 
FDA to review the death and interim 
CEO Anthony Lombardo said in a 
statement that “we are confident in the 
safety and efficacy profile of axalimo-
gene filolisbac, to date, based on our 
experience in over 250 patients and over 
700 doses across multiple trials in HPV-
associated cancers.”

The market has come down hard 
on Advaxis but analysts at Jefferies 
believe that while the cause of res-
piratory failure is unclear, they issued 
a note claiming that Imfinzi “could 
be the culprit,” and the problem 
could be associated with the PD-1/L1 
inhibitor class. Jefferies’ Biren Amin 
noted that Advaxis management 
“did not elaborate on background 
incidence of respiratory failure with 
durvalumab on the call and we think 
it is a missed opportunity.”

Last month, the company submitted 
a marketing authorization application 
to the European Medicines Agency for 
axalimogene filolisbac for the second-
line treatment of persistent, recurrent 
or metastatic carcinoma of the cervix, 
based around data from the Phase II 
GOG-0265 study.  

kevin.grogan@informa.com,  13 March 2018
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IP Commercializer PureTech’s CEO Outlines 2018 
Roadmap After Financing
STEN STOVALL sten.stovall@informa.com

In its latest corporate financing, UK-quoted IP commercializer 
PureTech Health PLC has raised $100m for use advancing thera-
pies within its stable of incubated affiliates and its own growing 

pipeline of proprietary assets, which CEO Daphne Zohar says “focus 
on cross-talk and biological processes associated with the brain-im-
mune-gut interface.”

In an interview with Scrip, Zohar said PureTech would use the plac-
ing to support its more advanced affiliates, such as the further devel-
opment of  Akili Interactive Labs Inc.’s digital medicine for ADHD 
through their next value-driving milestones. 

“The money will also be used to develop one or more novel in-
ternally funded clinical-stage assets to Phase II and III status, and 
advance two or more of  PureTech’s internally funded, lymphatic-
biology focused programs to the clinic,” she added. 

London-listed, Boston-based PureTech Health generates business 
ideas internally through a more than 50-member team of biotech-
nology and health care industry experts. Its business model is based 
on IP commercialization, an idea that grew out of the relative weak-
ness of the UK’s venture capital community to support life sciences 
and technology start-ups. PureTech thus operates in a unique busi-
ness landscape that includes Allied Minds, BTG PLC  Imperial Inno-
vations Group PLC and Mercia Technologies PLC. 

“We refer to ourselves as a new kind of biopharma company; one 
that’s much more operational and proactive than the stereotypical 
model,” Zohar explained.

“We have the nimble and entrepreneurial structure that has simi-
larities with early stage venture capital funds, but we create these 
programs ourselves with experts, advancing them and doing experi-
ments, initially owning 100% of them and then bringing in other in-
vestors and pharma partners.”

But the plan is for PureTech to eventually become a pharma player 
itself, growing organically through novel medicines. PureTech pub-
licly listed in 2015. 

“Our internally funded pipeline focuses especially on immunol-
ogy and the lymphatic system and we have very exciting opportu-
nities – and now the financing – to advance programs there, both 
clinical and preclinical assets,” she told Scrip. These involve around 

six different technologies that are moving forward addressing au-
to-immune disorders, immune-oncology, central nervous system 
inflammation, intestinal inflammation, diabetes and obesity.  “We 
also have promising affiliate companies that also focus on the 
brain-immune-gut axis,” she added.

She added that, “in the case of our internally funded operations, 
we do not intend to bring in any outside investors. We will fund 
those ourselves.” 

PureTech has seven affiliates which it has effectively shepherded. 
These will gradually become fully independent as they become 
more mature, she said. They are:
• Akili Interactive Labs, an affiliate of PureTech Health developing 

prescription digital medicines; 
• Gelesis Inc. an affiliate of PureTech Health developing first-in-class 

mechanotherapeutics to treat chronic diseases related to the gas-
trointestinal (GI) pathway; 

• resTORbio Inc., an affiliate of PureTech Health focused on the de-
velopment and commercialisation of novel therapeutics for the 
treatment of aging-related diseases; 

• Vedanta Biosciences Inc., an affiliate of PureTech Health develop-
ing a new category of therapies for immune-mediated and infec-
tious diseases based on rationally-defined consortium of human 
microbiome-derived bacteria; 

• Karuna Pharmaceuticals Inc., an affiliate of PureTech Health fo-
cused on targeting muscarinic receptors for the treatment of cen-
tral nervous system (CNS) disorders including schizophrenia and 
Alzheimer’s Disease; 

• Follica Inc., an affiliate of PureTech Health developing an innova-
tive platform to address androgenetic alopecia; and 

• Sonde Health, an affiliate of PureTech Health developing a voice-
based technology platform for monitoring and diagnosing mental 
and physical medical conditions. 
PureTech has meanwhile built an internally funded, immunology-

focused pipeline by generating compelling preclinical data and se-
curing key intellectual property for:
• Harnessing the lymphatic system to enable certain drugs for the 

treatment of inflammatory and auto-immune disease and can-
cer to potentially have greater efficacy by targeting those drugs 
directly to lymph nodes. The technology could also enable oral 
administration of medicines that otherwise would not be orally 
bioavailable; 

• A milk exosome-based technology designed to enable the oral 
administration of biologics, nucleic acids (e.g. siRNA, mRNA, anti-
sense oligonucleotides), and complex small molecules; 

• A monoclonal antibody therapeutic approach to target newly dis-
covered immunosuppressive mechanisms in pancreatic cancer, 
and other solid tumours; and 

• A technology that targets local inflammation to achieve a thera-
peutic effect without systemic immunosuppression.  
Published online 13 March 2018

‘Our internally-funded pipeline focuses 
especially on immunology and the 
lymphatic system, and we have very 
exciting opportunities – and now the 
financing – to advance programs there, 
both clinical and preclinical assets’
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Lundbeck Snaps Up Parkinson’s Developer Prexton In 
Deal Worth €905m
LUCIE ELLIS informa.com lucie.ellis@informa.com

Lundbeck Inc. has acquired Dutch biopharma company Prex-
ton Therapeutics for €100m upfront, with milestone payment 
agreements expected to reach €805m, for the smaller firm’s 

Phase II Parkinson’s drug foliglurax. 
Through Prexton, Lundbeck will obtain global rights to foliglurax, 

which currently is in clinical Phase II testing for symptomatic treat-
ment of OFF-time reduction in Parkinson’s disease and dyskinesia 
(uncontrolled movements) including levodopa-induced dyskinesia 
(LID). First data from the ongoing clinical Phase II program are ex-
pected to readout in mid-2019.

Lundbeck will pay €100m upfront to the current investors of Prex-
ton, followed by up to €805m in development, regulatory and sales 
milestones depending on the successful outcome of certain undis-
closed achievements.

Prexton, based in Oss in the Netherlands, and Geneva, Switzerland, 
was founded in 2012 by François Conquet and M-Ventures, the cor-
porate venture arm of Merck KGAA. Other major investors include 
Forbion, Seroba Life Sciences, Sunstone Capital and Ysios Capital.

The emerging company raised €29m via a series B financing in 
early 2017 to progress foliglurax, a metabotropic glutamate recep-
tor 4 (mGluR4) positive allosteric modulator (PAM), into Phase II trials. 

Conquet, who is CEO of the company, told Scrip in Spring 2017 
that the company had hoped to license the drug to a big pharma 
eventually. He said at the time that the company had seen a lot of 
interest from potential partners. 

“We are very excited to be working with Lundbeck, a company 
with a strong history and focus on diseases of the central nervous 
system,” said Conquet in a March 16 statement. He added that Lund-
beck shared Prexton’s vision for the drug and its development path 
in Parkinson’s disease. 

FOLIGLURAX’S DEVELOPMENT
Parkinson’s disease is caused by the degeneration of dopaminergic 
brain cells and most current treatments aim to replace dopamine or 
mimic its effects. Prexton’s approach, however, is to stimulate a sepa-
rate, compensatory neuronal system unaffected by Parkinson’s. 

Foliglurax is currently being tested in the Phase II AMBLED trial in 
Europe, from which topline data are expected in mid-2019. This is the 
only product in Prexton’s pipeline. 

Prexton had also planned to launch a Phase II study in the US for 
foliglurax in Parkinson’s, known as the ATTUNED trial. This study has 
not yet begun to enroll patients. 

In Phase I, the company reported that foliglurax was safe and well 
tolerated at doses well above those that produce robust effects in 
Parkinson’s disease animal models.

Prexton’s mGluR4 drug is the only pharma-sponsored program in 
clinical development; there is one investigator-initiated study ongo-
ing for an mGluR4 therapy, being led by the Polish Academy of Sci-
ences, however this is in schizophrenia. 

Elsewhere, Addex Therapeutics has a preclinical mGluR4 asset, 
which it is testing in multiple sclerosis and substance use disorder. 

Datamonitor Healthcare forecasts that the $3.2bn Parkinson’s 
disease market will grow to $6.0bn by 2025. However, much of this 
growth will be driven by the largely generic US market. 

Still, there is an appetite for new pipeline therapies for the treat-
ment of late-stage disease, specifically those targeting patients with 
inadequate symptomatic control through each day and/or levodo-
pa-induced dyskinesia.

Many of the pipeline therapies in development for Parkinson’s dis-
ease are either older reformulations (e.g. apomorphine), or tweaks on 
how to deliver a higher dose of levodopa therapy more consistently. As 
a new chemical entity, foliglurax may be able to differentiate clinically 
from these old drugs and therefore have a larger commercial potential. 

But it also has a higher likelihood of not reaching the market, as drugs 
hitting other new targets in Parkinson’s have historically struggled to 
demonstrate adequate clinical profiles, for example adenosine A2a 
receptor antagonists such as Acorda Therapeutics Inc.’s tozadenant.

As such, foliglurax represents a high-risk but high-reward oppor-
tunity for Lundbeck, a CNS focused company which has historical 
involvement with the development of Parkinson’s disease drugs.  

Published online 16 March 2018
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Vernalis Seeks Buyers, CEO To Step Down,  
As US Commercial Strategy Disappoints
JOHN DAVIS john.davis@informa.com

I t seemed a bold strategy, when first 
announced in 2012, to refocus a UK 
biotech on selling novel prescription 

cough-and-cold products in the US, but 
Vernalis PLC’s lower-than-expected 
sales of its lead marketed product has 
led to failure of the approach, and the 

company’s board deciding to seek a buy-
er. Ian Garland, the company’s CEO and 
a strong advocate of the US-orientated 
commercial strategy, will step down as 
CEO and as a director of the company af-
ter completion of a restructuring of the 
US business and efforts to realise value 

for shareholders, and CFO David Mack-
ney will also step down after both activi-
ties are complete. 

The company says it remains in a strong 
financial position – it had an unaudited 
cash balance of £44m on Jan. 31, 2018 
– and nine NCE programs and various 

M & A

New Hikma CEO Eyes M&A, Upbeat Despite Generic 
Advair Woes
KEVIN GROGAN kevin.grogan@informa.com

Despite facing major delays in get-
ting US FDA approval for its version 
of GlaxoSmithKline PLC’s Advair 

Diskus (fluticasone/salmeterol) and battling 
increased competition in the US gener-
ics market, Hikma Pharmaceuticals PLC’s 
new CEO Sigurdur Olafsson seems pleased 
with what he has seen so far.

Speaking on a conference call to discuss 
the company’s financial results for 2017, 
Olafsson, who has only been in the post for 
a few weeks, said, “It is great to come into 
a company with this kind of balance sheet. 
I’ve seen it a lot worse in my life.” The experi-
enced executive was head of Teva Pharma-
ceutical Industries Ltd.’s generics business 
from 2014 to 2016 and from 2012 to 2014, 
he was president of Actavis. 

The balance sheet which Olafsson likes 
so much shows operating cash flow for 
2017 of $443m, a record for Hikma and up 
from $293m in 2016. Net debt was reduced 
to $546m from $698m and “it is a breath of 
fresh air for me to come into this situation,” 
he said, noting that the war chest is “amaz-
ing…compared to some of our peers with-
out mentioning any names [and] I think we 
have the flexibility that some of them don’t 
have to look forward to both organic and in-
organic growth.” 

Said Darwazah, former CEO and now chair-
man at Hikma, also expects a degree of M&A, 
saying that “historically we have been a com-
pany that has done a lot of acquisitions obvi-

ously over the years, so we have that kind of 
experience and of course Siggi’s background 
is very similar.” He added that if “you put all 
our resources together, with this flexibility we 
have...I think it gives us a lot of opportunity.” 

All very positive but the week got off 
to a bad start for Hikma and partner Vec-
tura Group PLC after it was revealed Mar. 
12 that the FDA has confirmed its request 
for the completion of an additional clini-
cal endpoint study regarding the compa-
nies’ abbreviated new drug application for 
their generic version of Advair. The agency 
hit Hikma with a complete response letter 
back in May 2017 and while the company 
said it was “able to address and clarify the 
majority of the questions raised,” disagree-
ment over the aforementioned study led 
to Hikma taking the matter through the 
FDA’s dispute resolution process.

The FDA has now concluded the process, 
upholding its original decision. Hikma, think-
ing this was the likely outcome, has already 
finalised the planning of a new clinical study 
and expects to start enrolment in the coming 
weeks, with new clinical data being submit-
ted to the agency as early as possible in 2019. 

Olafsson was pretty upbeat about the sit-
uation, but acknowledged that Advair was 
“a very challenging product” to replicate. He 
pointed out that the FDA “hasn’t been com-
fortable in approving anyone,” alluding to 
the agency’s knockbacks to Mylan NV and 
Sandoz’s attempts to get the green light for 

their versions of the asthma blockbuster, 
and although “it  will take a little bit of time, 
we’re on the right track.” 

As for the financials, Hikma posted an 
operating loss of $747m, compared with 
income of $302m the year before, primarily 
due to the impairment of West-Ward Colum-
bus business it acquired in 2016 previously 
Boehringer Ingelheim GMBH’s Roxane 
unit. Darwazah said in a statement that “the 
increasingly competitive dynamics of the US 
market, including intense pricing pressure, 
had a material impact on our generics busi-
ness and, in particular, on West-Ward Colum-
bus.” The impairment of $1.08bn was taken 
“to reflect our updated view of the fair value 
of this business,” he added. Core operating 
profit was $386m, down 8%, while group 
revenues slipped 1% to $1.94bn. 

Commenting on the results, analysts at 
Morgan Stanley said in an investor note that 
the figures were decent enough, adding 
that of Hikma’s three businesses, sales of in-
jectables (-1%) came in-line, whereas some 
strength in generics (6%) offset weakness in 
the branded division (-4%). They noted the 
company’s plans for more consolidation of its 
generics’ manufacturing facilities and US dis-
tribution centres (200 jobs have already been 
cut since the Roxane purchase) and conclud-
ed that “we see these results as reassuring in 
the context of poor market sentiment and 
multiple headwinds to the business.”  

Published online 14 March 2018
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research collaborations with other com-
panies. Still, the firm’s share price over the 
past year has declined from 24 pence per 
share to 4.25p as of midday on March 15, 
2018, as investors lost faith in the com-
pany’s business strategy. 

The strategy failure has wider implica-
tions too. After a series of disappointments 
from UK biotech companies, questions may 
again be asked about the ability of the UK 
to succeed in building strong biotech busi-
nesses.  

MARKETING TO END
A strategic review by Vernalis’s board has 
concluded that Vernalis’s US commercial 
sales and marketing operation is not fi-
nancially viable, and the company will stop 
promoting Tuzistra XR (codeine polistirex/
chlorpheniramine) to physicians at the end 
of the current cough and cold business, and 
will close the US commercial business by 
the end of September 2018, the company 
announced on March 15. Future options for 
the continued commercialization of Tuzistra 
XR include co-promotion, out-licensing or a 
sale of the NDA.

Vernalis has also started discussions 
with its development partner, Tris Phar-
ma Inc., about terminating its interest in 
the cough-cold development programs, 
CCP-05, CCP-06, CCP-07, and CCP-08. 
The UK biopharma has also ended all ac-
tivities relating to securing a new supply 
source for Moxatag (once-daily amoxicil-
lin), but will continue to distribute the 
product while it explores options for its 
future promotion.

SALES GUIDANCE MISSED
Earlier this year, on Feb. 28, Vernalis indicat-
ed that it was unlikely to achieve 105,000-
115,000 prescriptions of Tuzistra XR in the 
current 2017-18 cough-and-cold season, 
a guidance made by the company in Sep-
tember 2017. 

In mid-December 2017, Vernalis pointed 
out there had been a continuing decline 
in the narcotic portion of the prescription 
cough-cold market, a decline that it attrib-
uted to associated concerns about the level 
of use of opiate-based products prescribed 
to treat pain. Tuzistra XR contains the nar-
cotic, codeine.

REGULATORY ISSUES 
There have also been regulatory issues as-
sociated with two of its research pipeline 
cough-and-cold products, CCP-07 and 
CCP-08, that Vernalis was developing with 
partner Tris Pharma. The two products have 
received complete response letters from the 
US FDA.

Vernalis and Tris entered an agreement 
in 2012 covering the development of up 
to six new cough/cold formulations to 
be launched in the US, and Tuzistra XR, 
the first, was approved in April 2105. The 
strategy was backed by £68.4m in funding 
raised mainly from UK institutional inves-
tors in 2012, and a further £40m capital 
raise in April 2016 from institutional inves-
tors and certain directors.

Although Vernalis has a long history 
of being a research-focused biotech, 
the company thought it had identified 
a gap in the market, and decided to 
develop prescription extended-release 
liquid cough-and-cold preparations, 
while continuing with research discov-
ery work.  

Published online 15 March 2018

“Roche is very pleased to have received the ‘’Best New Drug’’ award at the 2017 Scrip Awards. 
Ocrevus (ocrelizumab) is the fi rst and only b-cell targeted therapy for MS and the fi rst and 
only to show effi cacy in both relapsing forms of multiple sclerosis and primary progressive 
multiple sclerosis. As of the end of 2017, 30,000 people have been treated with 
Ocrevus globally, which is a testament to the MS community’s need for innovative 
new medicines.  As a company we are committed to following the science 
and look forward to seeing how this medicine could transform MS.”

Simona Skerjanec, Ocrevus Team Leader, F. Hoffmann-La Roche Ltd.

INC Research/inVentiv 
Health’s Best New 
Drug Award
The humanized monoclonal antibody is the fi rst approved 
drug to have shown effi cacy in primary progressive multiple 
sclerosis as well as relapsing remitting disease. It is 
designed to target CD20-positive B cells, thought to be a 
key contributor to myelin and axonal damage. The B-cell-
targeting mechanism is unique among current therapies, 
and may account for its broad effi cacy.

Scrip Awards
Winner 2017

Winner: Roche’s Ocrevus 
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Going Solo Suits Vifor And Its Hopes For  
Two Blockbusters
KEVIN GROGAN kevin.grogan@informa.com

After announcing its first full-year results as a standalone com-
pany, Vifor Pharma Group has laid out ambitious growth 
plans to more than double sales by 2020, driven by two po-

tential blockbusters – its injectable iron product Ferinject (ferric car-
boxymaltose) and the hyperkalemia drug Veltassa (patiromer).

Vifor, Switzerland’s third-largest pharmaceutical company with 
2,600 employees (1,200 of whom are based in its home country), has 
undergone major strategic and structural change in recent years. It 
started with the acquisition of the US firm Relypsa in 2016, which 
brought in Veltassa, and the spin-off from Galenica Sante, via an ini-
tial public offering which valued the latter at CHF1.96bn ($2.06bn), 
in April 2017.

The company has hit the ground running with 2017 sales beating 
market expectations, up 15.2% to CHF1.34bn, while earnings before 
interest, taxes, depreciation and amortization came in at CHF511.8m, 
a rise of 17.7% (excluding Veltassa launch costs of CHF231.5m).

Comfortably the biggest earner is Ferinject, the world’s 
best-selling intravenous (IV) iron therapy, which had sales of 
CHF435.6m last year, up 24.6%. Nearly half of that comes from 
Europe but on a conference call, chief commercial officer Dario 
Eklund confirmed that Daiichi Sankyo Co. Ltd., Vifor’s partner 
for the product in the US (where it is called Injectafer) had identi-
fied the drug as a growth driver and quadrupled the sales force 
to more than 300 reps, helping to push sales up across the Atlan-
tic by 35% to CHF91m. Partner Zeria Pharmaceutical Co. Ltd. is 
intensifying pre-launch activities in Japan for Ferinject, while a 
Phase III trial in China is progressing according to plan.

Vifor noted that recruitment would continue in the AFFIRM-AHF 
Phase IV trial of Ferinject for acute heart failure, the first study to in-
vestigate the effects of IV iron therapy on mortality and morbidity of 

AHF patients. The study will recruit about 1,100 patients with data 
readout expected in 2019.

As well as Ferinject, much of the focus for Vifor is on Veltassa, the 
first new treatment for elevated levels of potassium in the blood (ie 
hyperkalemia) in more than 50 years. Sales in the US were CHF 51.6m, 
up from CHF12.3m in 2016 and the company noted that payer cov-
erage for Veltassa continued to improve. 

VELTASSA OFF TO GOOD START IN EUROPE
The European Commission approved Veltassa in July 2017 and 
Vifor president Stefan Schulze noted on the call that it was al-
ready available through individual hospital funding in the UK, 
Norway and Denmark. A launch in the key German market is 
planned for the second quarter of 2018, followed by launches in 
Spain and Switzerland. 

Chief financial officer Colin Bond said that Vifor hoped to unveil 
a partner in Japan for Veltassa before the end of the second quar-
ter. The company believes the treatment will be a blockbuster but 
competition is on the horizon in the shape of AstraZeneca PLC’s 
Lokelma (sodium zirconium cyclosilicate) – the drug, formerly known 
as ZS-9, had a previous positive opinion re-adopted by the European 
Medicines Agency’s CHMP in January.

Bond added that the company was looking to complete at 
least one in-licensing deal before the end of 2018. Its joint ven-
ture with Fresenius, Vifor Fresenius Medical Care Renal Pharma, 
has an exclusive agreement with Roche to commercialize the 
latter’s anemia drug Mircera (methoxy polyethylene glycol-epo-
etin beta) in the US and the treatment brought in CHF339.9m in 
2017, up 3.4%. 

Vifor also has licensing rights in the US dialysis market to Pfizer’s 
Retacrit, a biosimilar of Amgen’s anemia blockbuster Epogen/Procrit 
(epoetin alfa). The version, developed by Pfizer’s Hospira unit, has yet 
to receive FDA approval.

In terms of pipeline, avacopan is in Phase III for anti-neutrophil 
cytoplasmic auto-antibody-associated (ANCA) vasculitis and 
is being developed in collaboration with ChemoCentryx Inc.. 
If left untreated, 80% of patients diagnosed with the latter die 
within two years and Vifor is hoping for conditional marketing 
authorization approval late 2018/early 2019; avacopan is also be-
ing developed in patients with C3 glomerulopathy and atypical 
hemolytic uremic syndrome.

CCX140, also licensed from ChemoCentryx, is in late-stage trials 
for focal segmental glomerulosclerosis, a debilitating kidney disease. 
Vifor confirmed that it hoped to sign up a Japanese partner for the 
compound by the end of the year. 

As for 2018, net sales are expected to grow by more than 10% at 
constant exchange rates, with EBITDA set to rise by more than 20%. 
Vifor has set itself a target in 2020 of sales exceeding CHF2bn and 
EBITDA reaching a high triple-digit level.  

Published online 15 March 2018
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After Bad Data Comes Layoffs – Will 
The Next Job Cuts Be At Anthera?
MANDY JACKSON mandy.jackson@informausa.com

Anthera Pharmaceuticals Inc. did 
not get the RESULT it was looking for 
in a Phase III clinical trial testing Soll-

pura in the treatment of exocrine pancreatic 
insufficiency (EPI) due to cystic fibrosis, so 
the company “plans to evaluate all strategic 
alternatives in order to maximize sharehold-
er value.”

That kind of language usually signals 
layoffs in the near term while biophar-
maceutical firms determine whether they 
have any assets of value to potential part-
ners or buyers. However, Anthera did not 
specifically say that job cuts are on the 
table when it revealed the Phase III RESULT 
study’s failure on March 12. If layoffs are on 
the horizon, the company will join a not-
so-exclusive club of drug makers that have 
revealed job cuts in 2018 based on failed 
studies, competitive challenges or strat-
egy changes. 

Anthera was holding out hope that 
Sollpura (liprotamase), a porcine-free 
pancreatic enzyme replacement therapy 
(PERT) acquired from Eli Lilly & Co. in 
2014, would do better in RESULT than in 
the Phase III SOLUTION study. However, 
the drug did not meet the non-inferiority 
primary endpoint versus Pancreaze (a por-
cine PERT), so the company will discontin-
ue development and explore other inter-
ests in its remaining assets, which include 
the mid-stage candidate blisibimod.

Blisibimod targets B-cell activating factor 
(BAFF) and was licensed from Amgen Inc. 
in 2007. Jefferies analyst Matthew Andrews 
said in a March 12 note that the drug could 
be attractive to other biopharma compa-
nies based on positive Phase II data in im-
munoglobulin A (IgA) nephropathy. An-
thera suspended development of the drug 
for lupus based on Phase III results available 
in November despite positive Phase II re-
sults reported in 2015.

Anthera’s intellectual property, manufac-
turing expertise, and its know-how regard-
ing chemistry, manufacturing and controls 
(CMC) due to its experience with Sollpura, 
also could be attractive to external parties, 
Andrews wrote. But with an estimated $7m 

in cash left on its balance sheet at the end 
of the first quarter of 2018, the company 
doesn’t have much time or money left to 
wait for offers.

 Anthera’s stock fell 80.7% to $0.51 per 
share on March 12 based on the devastat-
ing Sollpura results.

Meanwhile, three weeks before Anthera 
shared its Sollpura data, Achillion Phar-
maceuticals Inc. announced a restructur-
ing plan and signaled possible job cuts, 
but it had $331.8m in cash on its balance 
sheet as of the end of December. The com-
pany said on Feb. 22 that it plans to cut its 
head count by 20%, leaving it with about 
70 employees, which will cut 2018 expens-
es by $10m.  

Achillion will now focus its resources 
entirely on developing inhibitors of the 
complement alternative pathway – spe-
cifically the development of clinical and 
late-stage preclinical factor D inhibitors 
– after losing Johnson & Johnson’s Jans-
sen Pharmaceutical Cos. as a partner in 
the development of hepatitis C drugs back 
in September.

In other layoff news this year:
• Vernalis PLC will shut down its US com-

mercial operations as part of a restructur-
ing exercise; 

• Daiichi Sankyo Co. Ltd. said earlier this 
month that it will lay off about 280 US 
workers due to shifting priorities; 

• Shield Therapeutics PLC indicated in Feb-
ruary that half or more of its 80 employ-
ees could lose their jobs following disap-
pointing data for Ferracru; 

• After CEO David Hung resigned, Axovant 
Sciences Ltd. hinted last month that more 
job cuts are possible as it rebuilds follow-
ing two big clinical setbacks; 

• Vical Inc. whittled its staff down 54% from 
74 to 34 employees after a Phase III failure; 

• Pfizer Inc. revealed in January that it will 
lay off about 300 people as it ends neuro-
science drug development; and 

• Allergan PLC cut 1,000 jobs and 400 open 
positions at the start of 2018 following a 
major patent dispute defeat last year.  
Published online 16 March 2018

Arena Ready For 
Face-Off With 
Celgene In UC
Arena Pharmaceuticals Inc.’s S1P 
receptor modulator etrasimod is 
ready to move into Phase III after the 
company reported much-anticipated 
positive results from the Phase II OA-
SIS clinical trial in ulcerative colitis 
– an indication where Celgene Corp.’s 
competing drug ozanimod already is 
in Phase III.

San Diego-based Arena, continuing to 
advance its in-house programs after giv-
ing up hope of commercial success for 
obesity drug Belviq (lorcaserin), believes 
that its selective S1P modulator has the 
potential to be a best-in-class drug.

Selectivity Gamble
The company is making a big bet on the 
selective activity of etrasimod – which 
targets SIP receptor subtypes 1, 4 and 5, 
but not 2 and 3 – to avoid cardiovascu-
lar safety issues. While Phase II trials for 
Arena’s and Celgene’s drugs have dif-
ferences in their designs, it appears that 
etrasimod may be safer and potentially 
more effective in ulcerative colitis.

Arena reported that the high-
est dose of etrasimod tested in the 
OASIS trial met all of the primary 
and second endpoints of the Phase II 
ulcerative colitis study with statisti-
cal significance. The company shared 
top-line results and expects to report 
more detailed analyses at a future 
medical meeting.

Arena also intends to share details 
of its Phase III trial design in ulcerative 
colitis and its Phase II study plans in 
Crohn’s disease later this year, President 
and CEO Amit Munshi said in an inter-
view with Scrip.

“We are working toward an end of 
Phase II meeting with the FDA,” Mun-
shi said. “We’re excited to share the data 
with the regulatory authorities in the 
US and Europe. In the next few weeks 
and months, we’ll be able to provide 
more guidance on [our Phase III and 
Crohn’s disease plans].”  

mandy.jackson@informausa.com, 
19 March 2018
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Orexigen Follows Through On Warning It May Have  
To Liquidate
MANDY JACKSON mandy.jackson@informausa.com

Orexigen Therapeutics Inc. was the most successful among 
a group of three obesity-focused companies that won ap-
proval for a prescription weight-loss drug in recent years, 

but now the firm is making good on a warning that it might have to 
liquidate its assets to meet debt holders’ requirements.

San Diego-based Orexigen said on March 12 that it has support 
from a controlling number of senior secured note holders to initi-
ate Chapter 11 bankruptcy proceedings that will allow for an orderly 
sale of the company’s assets, which could be completed in early July. 
Orexigen first informed investors in October that Contrave (naltrex-
one/bupropion) sales fell short of goals, increasing the likelihood that 
it would have to liquidate in 2018 to comply with the senior secured 
note requirements.

The company said in an Oct. 17 US Securities and Exchange Com-
mission (SEC) filing that note holders would be able to redeem notes 
due in 2020 (valued at $146.5m as of June 30, 2017) after June 30, 
2018, if net Contrave sales in 2017 totaled less than $100m. 

Contrary to its competitors, Orexigen’s wholly owned drug actually 
saw significantly increased sales in 2017, but it was not enough to 
satisfy the terms of the company’s outstanding notes. Orexigen re-
ported in its bankruptcy filing announcement on March 12 that Con-
trave sales totaled about $75m in 2017, which was up from roughly 
$47m in 2016. Last year was the first year that the company had full 
control of the drug after Takeda Pharmaceutical Co. Ltd. backed 
out of a Contrave partnership in 2016.

Orexigen did not detail how much cash it has on hand to repay its 
debts, but it said the note holders who support its plans to declare 
bankruptcy and sell its assets committed $35m to help the company 
get through the Chapter 11 proceedings and liquidation, and con-
tinue day-to-day business operations, including sales, manufacturing 
and distribution of Contrave.

MULTISTEP, QUICK BANKRUPTCY PROCESS
The company will file a voluntary petition under Chapter 11 of the 
Bankruptcy Code in US Bankruptcy Court for the District of Delaware as 
well as a motion seeking authorization to pursue an auction and sale 
process under Section 363 of the US Bankruptcy Code for substantially 
all of its assets, free and clear of any outstanding debt, liens or interest. 

Orexigen expects to accept offers from both strategic and financial 
bidders through May 21 with a structured auction kicking off no later 
than May 25 so that the sale may conclude by July 2. The company 
will ask the court to limit trading of its common stock by sharehold-
ers with a 4.5% or greater ownership of Orexigen stock. 

“The board and management team have thoroughly assessed all 
of our strategic options and believe that this process represents the 
best possible solution for Orexigen, taking into account our finan-
cial needs,” Orexigen President and CEO Michael Narachi said in the 
company’s statement. “While we have been working closely with our 
note holders and have the support of a controlling number of senior 
secured note holders, our debt covenant requirements and near-

term cash flow needs have necessitated the protection afforded by 
a court-driven process.” Even though Orexigen warned investors last 
fall that a liquidation of its assets was possible this year, the com-
pany’s announcement still stunned investors. Its stock closed down 
76.4% at $0.33 per share on March 12 – a new low for Orexigen, 
whose market cap is now just $6.23m.

PEERS’ SALES STAGNANT OR NONEXISTENT
The company’s peers – Arena Pharmaceuticals Inc. and Vivus 
Inc., both of which had obesity drugs approved in the US ahead 
of Contrave – closed at $40.19 (down 4.9% from the prior day) and 
$0.59 (up 19.4%), respectively on March 12. Read the full article here

Arena is working hard to refocus its portfolio outside of the weight-
loss sector. Its lead drug ralinepag for pulmonary arterial hyperten-
sion (PAH) is due to start Phase III soon. Partner Eisai Co. Ltd. retains 
the rights to Arena’s obesity drug Belviq (lorcaserin), but Eisai no lon-
ger dedicates a significant sales force to market the drug.

Vivus reported full-year 2017 sales for Qsymia (phentermine/topi-
ramate) on March 13 with product revenue totaling $45m last year 
versus $48.5m in 2016, and the company was well-financed with 
$226.3m in cash as of Dec. 31. Similar to Arena, Vivus is focusing on a 
PAH drug for future revenue; its lead development candidate tacro-
limus is in Phase II. 

However, Vivus announced yet another leadership change in De-
cember with Seth Fischer stepping down as CEO at the end of 2017 and 
a permanent chief executive still has not been named. The company’s 
leadership has been tumultuous – Fischer took over from Tony Zook in 
2013. Zook was at the helm for only a few months, however, after being 
appointed following a squabble with Vivus’ biggest shareholder.

But small biotech and big pharma firms alike continue to hunt for 
a magical weight-loss pill. That includes Novo Nordisk AS, which has 
approval for obesity for its marketed GLP-1 agonist Saxenda (liraglutide) 
and is moving its follow-on semaglutide into Phase III for obesity.  

Published online 13 March 2018
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Arix Says Latest Equity Raising May Be Last For Some 
Time As Exit Options Loom
STEN STOVALL sten.stovall@informa.com

Just two years after its creation, incubator fund Arix Bioscience 
PLC has built a portfolio of 13 start-ups which could soon offer 
inflection points to realize the value of its investments through 

strategic exits.
That would reduce the need for another equity raising like the 

$87m financing just conducted, Arix’s CEO Joe Anderson told Scrip.
“As our companies mature and exits approach for the compa-

nies, cash will come back on to our balance sheet and potentially 
reduce the need for further capital raisings going forward,” he said 
in an interview.

Arix focuses on the sourcing, financing, development and com-
mercialization of innovative technologies and discoveries, through 
its own network and relationships with academia and industry.

The group’s growth strategy includes partnerships that provide a 
source of innovation from which Arix identifies potential investment 
candidates, one example being its tie-up with China-focused Fosun 
International Ltd., in which the duo work together to invest in, and 
create, new companies that will develop cutting-edge clinical thera-
pies in a broad range of therapeutic areas, with an emphasis on the 
Chinese market.

In February 2017 – a year after the healthcare and life science op-
erating company was set up – Arix floated on the London Stock Ex-
change.

 In connection with the IPO – which raised just over £100m – the 
group set itself the target of having a dozen nascent companies in its 
incubation portfolio by the end of that year, a goal reached last De-
cember with Arix taking an equity stake in Atox Bio Inc., which has 
a late-clinical stage candidate, reltecimod, in Phase III for necrotizing 
soft tissue infections.

20 STARTUPS BY END2018
Arix CEO Anderson says Arix plans to continue investing at a similar 
pace, and expects to have around 20 portfolio assets in place by the 
end of 2018.

“So far we’ve raised more than £250m and built interests in 13 
promising young businesses and see big potential for value creation 
among them in the year ahead.”

“We are targeting another seven companies by the end of this 
year and continue to evaluate opportunities in high quality, science-
based businesses, and the latest financing will allow us to embrace 
these for the benefit of our shareholders. This equity raising is actually 
very timely as our network is really starting to drive pipeline opportu-
nities,” Anderson told Scrip.

Although Arix’s overall business model could be compared to 
the IP commercialization sector – whose ranks include BTG PLC 
and PureTech Health PLC – analysts at Stifel say Arix “offers a 
fresh approach to investing and building life science companies.”

Notable advantages for Arix include key relationships with insti-
tutions and industry players “but without the commitment that can 
restrict flexibility and consume valuable bandwidth,” Stifel said in a 
note last July. Also attractive was Arix’s “more agnostic approach to 
when and where to invest, to build a more balanced portfolio that of-
fers the chance of nearer-term exits, and a strong management track 
record of building and exiting businesses and delivering significant 
returns to their investors,” Stifel said

CEO Anderson says Aris’ priority is developing either first-in-class 
products or best-in-class technologies. 

“We’re a global operator that is focused on investing in the life sci-
ences arena, building new ventures, and already have interests in 
the US, the UK and Europe, as well as in Israel. We’re only interested 
in breakthrough science and truly innovative therapeutic areas, be-
cause that’s where the value is in healthcare today, and we’re focused 
in three principal areas – oncology, infectious diseases, as well as 
gene therapy and orphan diseases, “ Anderson told Scrip.

“We also have close collaborative contacts with upper echelons in 
the pharma industry, which ultimately is one of the key customers of 
the products we’re producing.”

Arix often works with the originator of the technology creating 
strategic and operational plans in order to guide the opportunity 
towards commercialization, which further creates potential value 
for the shareholders. “Because we’re not a fixed end fund we don’t 
have a fixed life and so we’re not under any pressure to drive exits 
to return cash to investors.”

Still, Arix could consider an exit from an investment, based on a 
value inflection point from a development milestone or catalyst. Ul-
timately exists from portfolio companies would take to form of IPOs 
or trade sales, the CEO said.

“We’ve now built 13 companies and among those 13 companies 
are expected in the next 18 months eight pivotal data trial readouts 
which will all be very important, both the overall group and the 
start-up companies individually, and these would bring us closer 
to decisions on either an IPO or trade deal for the respective com-
pany,” Anderson told Scrip. Analysts at HC Wainwright rate Arix as 
an investment ‘buy’ based in part on Arix’s ability to source high 
quality innovation from “a copious pipeline of opportunities” whose 
sources include academia, research accelerators, fund managers 
and personal and professional networks. 

“These sources provide over 700 ideas to Arix annually … we be-
lieve the combination of current company investments, projected 
exits, and new investments over the long term, provide investors 
with a compelling de-risked opportunity to participate in VC in-
vesting and potential commensurate returns,” HC Wainwright said 
in a note.                                            Published online 19 March 2018

‘We also have close collaborative 
contacts with upper echelons in the 
pharma industry’
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Alexion’s Defensive Play Poised To Pay Off
JESSICA MERRILL jessica.merrill@informa.com

Alexion Pharmaceuticals Inc. 
scored an important win for its de-
fensive strategy on its all-important 

Soliris (eculizumab) franchise. The firm’s 
next-generation long-acting C5 comple-
ment inhibitor, ALXN1210, performed as 
well as Soliris in a Phase III clinical trial in 
treatment-naïve patients with paroxysmal 
nocturnal hemoglobinuria (PNH) dosed 
every eight weeks, versus every two-week 
dosing for Soliris.

Management said it is on track to submit 
regulatory filings for ALXN1210 in the US, 
Europe and Japan in the second half of 2018. 
The company is awaiting data from a study 
testing how the drug performed in patients 
who switched from Soliris to ALXN1210. 

ALXN1210 is a critical part of the com-
pany’s growth strategy since Soliris remains 
the company’s backbone, but competition 
is looming on the horizon from brand com-
petitors and potentially biosimilars. Soliris’ 
composition of matter patent expires in 
2021, and Alnylam Pharmaceuticals Inc. is 
developing a rival drug, the RNA-interfer-
ence therapeutic ALN-CC5, in mid-stage 
clinical trials for atypical hemolytic uremic 
syndrome (aHUS) and PNH. 

ALXN1210 would present an opportunity 
for patients to greatly reduce the number of 
infusions they go through each year from 26 
to six.

“I think we’re building a strong case for 
conversion from Soliris to ALXN1210,” CEO 

Ludwig Hantson said on a same-day con-
ference call. “Six infusions per year versus 26 
infusions per year, from a patient perspec-
tive, that is a very important change. … It’s 
almost like a full month of days in the year 
that you have to dedicate to drive into the 
hospital, getting the infusion, getting back 
and so on.” 

Alexion’s dependence on Soliris has been 
an ongoing challenge. The drug accounted 
for 88% of the company’s 2017 revenues, 
generating $3.14bn. 

ALXN1210 should give Alexion some lee-
way while it tries to diversify its portfolio. 
The company’s stock opened 11.7% higher 
March 15 on the positive news, at $137.09, 
and analysts reacted favorably. 

F I N A N C I N G / R E S E A R C H  & D E V E L O P M E N T

Alzheon IPO To Fund New Phase III Trialling Of Failed 
Alzheimer’s Drug
STEN STOVALL sten.stovall@informa.com

Alzheon Inc. believes the reworked 
active ingredient of its in-licensed 
compound ALZ-801 can prove a 

success in treating a subset of Alzheimer’s 
disease patients, and plans a NASDAQ list-
ing to raise the funds for a Phase III clinical 
trial set to start later this year. 

But the preliminary funing target of $80m 
may not be enough to get the drug ap-
proved if FDA isn’t content with just one 
pivotal trial and demands another for con-
firmation. 

Alzheon’s lead asset, ALZ-801, is a refor-
mulated, oral version of tramiprosate and 
supposedly acts via an anti-aggregation 
mechanism, thus sharing similarities with 
other amyloid-targeting therapies.

Alzheon in-licensed the compound from 
Canada-based Bellus Health Inc. after the 
original tramiprosate therapy failed a big 
clinical trial in 2007. Using updated analy-
ses from those trials, Alzheon tweaked the 
product, producing an improved version of 
the compound, ALZ-801. 

The US biotech now plans to study ALZ-
801 in a Phase III trial designed for patients 
that are most likely to respond to it: patients 

with two copies of the APOE4 gene on the 
assumption they have greater beta amyloid 
burden and develop Alzheimer’s earlier.

In its SEC filing, Alzheon said it “identified 
what we believe are key deficiencies in Bel-
lus’ clinical development program: the sub-
optimal pharmacokinetic (PK) performance 
of oral tramiprosate and the misdiagnosis 
of Alzheimer’s disease leading to many pa-
tients without Alzheimer’s disease pathol-
ogy being enrolled in the trial.”

“We believe that our ALZ-801 develop-
ment program addresses these deficiencies 
through the improved PK profile of ALZ-801 
and through our focus on APOE4/4 homo-
zygous patients who carry a higher burden 
of [soluble aggregated forms] of Aß oligo-
mers, and are less likely to be misdiagnosed 
with Alzheimer’s Disease,” it said.

The company also voiced confidence 
that ALZ-801 has the potential to be differ-
entiated from other emerging therapies tar-
geting Alzheimer’s disease pathology “due 
to its novel mechanism of action, oral mode 
of administration, potential efficacy in a ge-
netically-targeted population and observed 
favorable safety profile.”

DOUBTS SUSPENDED FOR NOW
Tramiprosate’s chequered history makes 
some analysts question the rationale for 
continuing to develop it is purely based on 
analyses involving subgroups of subgroups.  

Regulators in the US have given Alzheon 
the benefit of the doubt; last October the 
FDA designated ALZ-801 as a Fast Track de-
velopment program for the investigation of 
Alzheimer’s Disease. It has also now given 
Alzheon the go-ahead to start a new Phase 
III trial using ALZ-801 for the treatment of 
APOE4/4 homozygous Alzheimer’s Disease 
patients, the company said. 

Alzheon in its SEC filing however flagged 
the possibility of a further Phase III for 
ALZ-801. “Should our initial Phase III trial of 
ALZ-801 demonstrate efficacy in treating 
APOE4/4 homozygous patients, we may 
need to substantiate that evidence through 
a second adequate and well-controlled clin-
ical study,” Alzheon noted.

But it added that “if ALZ-801 is approved, 
we believe it has the potential to be among 
the first drugs to intervene in an underlying 
mechanism of Alzheimer’s disease.”  
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“We believe that the profile of ‘1210 pre-
sented in these data is sufficient not only for 
regulatory approval but also supportive of 
commercial case for new patients, given the 
significant reduction in infusions,” Barclays 
analyst Geoff Meacham said in a same-day 
note. “Overall, we believe that these results 
open a new chapter in Alexion, moving the 
complement franchise beyond Soliris and 
reducing the threat of potential competition.”

The Phase III trial compared ALXN1210 to 
Soliris in 246 treatment-naïve patients with 
PNH on two co-primary endpoints: transfu-
sion avoidance and normalization of lactate 
dehydrogenase (LDH) levels, a direct marker 
of complement-mediated hemolysis in 
PNH. ALXN1210 demonstrated non-inferi-
ority to Soliris on both endpoints, as well as 
on four secondary endpoints: percentage 
change from baseline in LDH levels, change 
from baseline in quality of life as assessed by 
the Functional Assessment of Chronic Illness 
Therapy (FACIT)-Fatigue scale, proportion of 
patients with breakthrough hemolysis, and 
proportion of patients with stabilized he-
moglobin levels. Numeric results for all six 
endpoints favored ALXN1210, though su-
periority was not achieved.

Soliris is also approved for other rare 
disease indications, including atypical 
hemolytic uremic syndrome (aHUS) and 
the neuromuscular condition general-
ized myasthenia gravis (gMG). Alexion is 
studying ALXN1210 in a Phase III trial in 
aHUS patients. 

The good news comes one year into the 
tenure of Hantson, who took over as CEO of 
Alexion in March 2017 in a leadership shake-
up after David Hallal resigned in 2016 amid an 
audit investigation related to sales of Soliris.

The company’s stock price has experi-
enced noticeable swings during the course 
of the year amid some major announce-
ments, from a 52-week low of $96.18 to a 52-
week high of $149.34. Hantson’s corporate 
strategy involved a significant restructuring, 
including relocating the corporate head-
quarters to Boston from New Haven, Conn. 
The plan was announced in September, and 
included laying off 20% of the workforce, to 
save $250m in non-GAAP pre-tax savings 
annually by 2019. 

The company said it would reinvest $100m 
a year into business development and R&D 
to rebuild the pipeline, part of a strategy to 
ease out from under Soliris’ shadow.  

Published online 15 March 2018

Alnylam Plans Lumasiran Phase III As 
Market Landscape Gets Competitive
JOHN DAVIS john.davis@informa.com

Sanofi’s decision not to opt-in to the 
development and commercialization 
of ultra-orphan therapy lumasiran 

is considered a positive for the product’s 
originator, Alnylam Pharmaceuticals Inc., 
but there are concerns that the French firm 
has now declined options on several of Al-
nylam’s investigational RNA interference 
(RNAi) products that might have supported 
the biotech as it prepares its strategy for the 
potential approval and launch of lead prod-
uct, patisiran, for the treatment of hereditary 
ATTR amyloidosis, in mid-2018.

Alnylam, which now has global rights to 
lumasiran, has pledged to start Phase III trials 
with the primary hyperoxaluria type 1 (PH1) 
therapy by late 2018.

Lumasiran could launch in 2020, and have 
peak sales of around $450m, noted analysts 
from Credit Suisse, in a March 13 note. How-
ever, analysts at Morgan Stanley noted that 
Sanofi had also previously decided not to 
take on Alnylam’s fitusiran for hemophilia, 
and has stepped back from givosiran for he-
patic porphyria and from the biotech’s TTR 
program.  While this means Alnylam retains 
a greater slice of the pie for some of its rare 
disease RNAi therapies, the propensity for 
Sanofi to back away might raise some ques-
tions from some investors, the analysts add. 

The option that Sanofi turned down for 
lumasiran was for regional rights, and it has 
been suggested that Sanofi might only be 
interested in global rights to rare disease 
therapies. Under the restructured agree-
ment between Alnylam and Sanofi Gen-
zyme made at the beginning of 2018, and 
covering through to the end of 2019 and 
potentially for up to two years thereafter, 
Sanofi retained the right to opt-in to certain 
Alnylam rare genetic disease programs for 
development and commercialization out-
side the US, Canada and Western Europe, as 
well as retaining one right to a global license 
for a rare disease program.  As part of that 
restructuring, Sanofi obtained global rights 
to fitusiran, while Alnylam was re-assigned 
full rights to patisiran and ALN-TTRsc02.

Still, the competitive landscape in hyper-
oxaluria is also getting more crowded:  New-

ton, Mass.-based Allena Pharmaceuticals 
Inc. has just started a Phase III study, URI-
ROC-1, with ALLN-177, an orally delivered 
formulation of an oxalate-degrading en-
zyme, in patients with enteric hyperoxaluria. 
In this condition, patients absorb excessive 
amounts of oxalate from the GI tract be-
cause of underlying medical or surgical con-
ditions of the gut. The condition is named 
a secondary hyperoxaluria, to distinguish it 
from primary hyperoxaluria that is caused 
by a genetic defect and is divided into three 
types dependent on the specific defect.

Furthermore, the Stockholm, Sweden-
based OxThera AB is evaluating a freeze-
dried live bacterium, Oxalobacter formi-
genes, for its ability to degrade oxalate, and 
its lead product, Oxabact, is being evalu-
ated for the treatment of primary hyperox-
aluria, and is in Phase II/III studies, according 
to Biomedtracker.

TRANSFORMATIVE THERAPY
Following Sanofi’s decision not to opt-in 
to lumasiran’s development, announced 
March 12, 2018, Alnylam said it would rap-
idly advance lumasiran into a Phase III pivotal 
study in late 2018, and would commercial-
ize the product globally. “Based on Phase I/II 
clinical data, we believe lumasiran could be 
a transformative treatment for patients with 
PH1, an ultra-rare disease with no approved 
therapies,” said Yvonne Greenstreet, COO of 
Alnylam, in a same-day statement. Interim re-
sults of the Phase I/II study of lumasiran were 
presented at the American Society of Ne-
phrology annual meeting in November 2017.  

Lumasiran (formerly ALN-GO1) is an RNAi 
therapeutic that targets mRNA coding for 
glycolate oxidase, thereby depleting levels 
of substrate necessary for producing oxa-
late, high levels of which cause calcium oxa-
late crystals to be deposited in the kidneys 
and urinary tract, leading to renal damage, 
recurrent kidney stones and urinary tract 
obstruction. The RNAi therapeutic has or-
phan drug designation in the US and EU, 
and recently received breakthrough therapy 
designation from the US FDA.  

Published online 13 March 2018
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Committing To Drug Development In World’s Biggest 
Market: SK’s Story
JUNG WON SHIN jungwon.shin@informa.com

With more and more South Korean 
pharma and biotech companies 
increasingly turning their eyes to 

global markets to seek growth and oppor-
tunities, SK Biopharmaceuticals Co. Ltd.
is at the forefront of this push, taking a step 
further by establishing physical R&D and 
commercial organizations in the US with a 
focus on progressing a broad range of inno-
vative CNS therapies from its pipeline, both 
in partnerships and alone.

Established in 1993, its US subsidiary SK 
Life Science Inc. has already initiated 16 In-
vestigational New Drug (IND) applications 
with the US FDA and two of its drug candi-
dates are already at or approaching the reg-
ulatory approval stages. Both SK Life Science 
and SK Biopharmaceuticals are a part of the 
global conglomerate SK Group, the second 
largest company in Korea.

Executives of SK Life talked to Scrip about 
why they are committed to developing 
drugs in the US, how a firm based in South 
Korea plans for the challenges of establish-
ing US-based operations, what advantages 
a non-US firm gains by establishing a geo-
graphical footprint in the US, as well as how 
the company’s progress and development 
plans for its pipeline are different to the 
competition.

WHY COMMIT TO US 
DEVELOPMENT?
We focus on researching, developing and 
commercializing therapies for disorders of 
the central nervous system. Patients’ needs 
drive our decision-making, and in the US, 
we know there remains significant unmet 
need for patients with CNS disorders, par-
ticularly epilepsy,” said Marc Kamin, Chief 
Medical Officer of SK Life Science.

The company has established a highly 
blood-brain barrier-permeable unique 
compound library and translational screen-
ing system which has been clinically proven 
in the field of CNS disorders over the past 
20 years. The company has key talent with 
plentiful experience in CNS drug discovery 
and global clinical development and com-
mercialization in this sector. 

Its lead pipeline asset cenobamate 
(YKP3089) is a novel, investigational 
compound being developed for the po-
tential treatment of adults with partial-
onset seizures. At present, there is about 
one-third of the epilepsy patient popu-
lation for whom no therapies provide 
adequate treatment.

According to Datamonitor Healthcare, 
one quarter to one third of patients can be 
defined as having treatment-refractory sei-
zures, and their effective treatment repre-
sents a critical unmet need.

“Bringing safe and effective new medi-
cines to patients is rightfully complex re-
gardless of what country you’re operating 
in. We know the US has its own unique re-
quirements for drug approvals, particularly 
in CNS, where relative to other areas, drug 
development is limited and the regulatory 
standards are high,” he noted.

However, in epilepsy there is a clearly 
defined regulatory pathway for the de-
velopment of drugs. The types of epilepsy 
and endpoints for the studies are well de-
fined, making the clinical trial process rela-
tively straightforward.  Early trials are done 
using the new drug as adjunctive therapy 
for partial seizures in adults.  In addition, 
the US FDA has established guidances 
that allow companies to expand the treat-
ment indications to monotherapy and to 
pediatric patients by extrapolating results 

from adult trials. This eliminates some 
large and potentially complex trials, and 
can speed access to treatment options 
that have the potential to improve pa-
tient’s lives, Kamin explained.

Although many treatment options are 
available to epilepsy patients, a sizable pro-
portion of patients have treatment-refractory 
disease and fail to respond to therapy. Data-
monitor Healthcare’s primary research sug-
gests that 23–28% of patients have refractory 
seizures, while a figure of 30% is commonly 
cited in the literature. Surveyed physicians 
perceived effective treatments for treatment-
refractory epilepsy as the greatest unmet 
need in epilepsy; the detrimental conse-
quences for uncontrolled seizures include 
a reduced quality of life, psychosocial dis-
abilities, trauma, and an elevated risk of early 
death. Levetiracetam, valproate formulations, 
lamotrigine, and carbamazepine constitute 
the current mainstays of treatment.

“We believe our global experience is an 
asset as we rapidly build our clinical and 
commercial organization in the US. We’re 
adding to it with a team of over 60 people 
with decades of experience researching 
and commercializing drugs. We plan to con-
tinue expanding this workforce in 2018 and 
beyond as we move towards the approval 
and launch of the late-stage products in our 
pipeline,” Kamin said.

CHALLENGES, ADVANTAGES OF 
USBASED ORGANIZATION
The company knows the importance of 
an integrated team and makes it a pri-
ority. Leadership in the US and South 
Korea collaborate every day to ensure 
employees are aligned on all projects, 
said Sebby Borriello, Chief Commercial 
Officer of SK Life.

“We’re taking the global experience 
we already have and rapidly building our 
US clinical and commercial infrastruc-
ture,” he explained. “By establishing a US 
footprint, SK Life Science has strategi-
cally increased its flexibility in how we 
approach commercializing products and 
forming valuable business partnerships. 

Marc Kamin
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‘Our goal is to develop 
a new version of the 
‘Game Changer’ for 
the existing market 
operating system’

We have positioned SK life science with 
the infrastructure and expertise needed 
to launch novel compounds like ceno-
bamate with our own company resourc-
es. We also recognize that our US pres-
ence provides us broader opportunities 
to partner and in-license products with 
other US-based companies.” 

Having already out-licensed solriamfetol 
(SKL-N05/JZP-110), an investigational medi-
cine being evaluated as a possible sleep dis-
order treatment, to Jazz Pharmaceuticals 
PLC, SK will move forward by strategically 
addressing all opportunities for growth at its 
US headquarters.

HOW SK IS DIFFERENT TO THE 
COMPETITION
From a technology standpoint, SK’s team 
of scientists approach drug development 
in a manner consistent with other world 
class clinical development organizations. 
However, the SK team differentiates itself 
in its unwavering commitment to devel-
oping CNS therapies that have the po-
tential to truly change the lives of people 
suffering from CNS disorders such as epi-
lepsy, said Hong Wook Kim, Chief Operat-
ing Officer of SK Life.

“Our goal is to develop a new version of 
the ‘Game Changer’ for the existing market 
operating system,” said Kim. “We are a group 
of scientists, inventors, and explorers work-
ing to unlock the complex mysteries of the 
brain in the increasingly stagnant CNS space, 
with the goal of creating novel, small-mole-
cule compounds from the ground, up. We 
view ourselves as unique as we are focused 
on developing novel molecules and treat-
ments - versus reformulations - for the po-
tential benefit of people with CNS disorders.”

While other competitors focus on im-
proving or extracting existing drugs, SK aims 
to meet medical unmet needs through the 
purpose of finding new working mecha-
nisms and new materials.

“When our scientific team experiences 
setbacks, we proactively leverage those 
learnings to further advance our clinical 

programs, exemplifying our commitment 
to the CNS community. The SK culture man-
dates excellence, and our scientists have 
been modeling this behavior for more than 
two decades,” Kim explained.

Unfortunately, several large pharmaceu-
tical companies have decreased their in-
vestment level within the CNS community 
due to the high regulatory requirements 
within the industry. While others seem to 
be walking away from this area of research, 
SK recognizes an area of great unmet need 
for patients and it is committed to working 
tirelessly in search of solutions for the CNS 
community, noted Borriello.

“Our commitment to the CNS commu-
nity is unwavering and supported by the 
compounds in our pipeline. We are proud to 
currently have six projects in the SK pipeline, 
including late-stage treatment candidates 
for epilepsy, attention deficit hyperactivity 
disorder, Parkinson’s disease and cognitive 
impairment associated with schizophrenia,” 
he said.  

SK’s epilepsy mission is to ensure that it 
is continually working to address the broad, 
unmet needs of this patient population.  
Cenobamate is being developed for partial 
onset seizures where one-third of patients 
are uncontrolled despite all current thera-
pies. The molecule is also being developed 
for adult patients with uncontrolled Primary 
Generalized Tonic Clonic Seizures, a particu-
larly resistant form of epilepsy.  

Carisbamate is being developed for adults 
and pediatric patients with Lennox-Gastaut 
Syndrome, a disorder characterized by ther-
apy resistant multiple seizure types, need 

for life-long treatment and association with 
intellectual and behavioral problems. Also in 
the pipeline is SKL20540 for the treatment of 
schizophrenia with emphasis on the cogni-
tive impairment that remains a problem for 
many patients with schizophrenia and for 
which currently there is no treatment, Bor-
riello explained.

MARKETING, STRATEGY
The company already has experience in 
reaching licensing and development agree-
ments with international pharmaceutical 
companies, as evidenced by the deal with 
Jazz for its late-stage project

SK currently also has a plan to develop 
and commercialize the sleep drug in Asia 
(including South Korea), and will be estab-
lishing a detailed strategy around that ob-
jective, Borriello revealed.

This March, the US FDA accepted for 
filing with standard review Jazz’s NDA for 
solriamfetol, which SK Biopharmaceuti-
cals discovered and had signed an ear-
lier license deal with Aerial Biopharma in 
2011. In 2014, Jazz acquired from Aerial 
the license to develop and commercialize 
the drug, although SK Biopharmaceuticals 
retains rights in 12 major Asian countries 
including South Korea, Japan and China, 
and plans to prepare for entry into the 
Asian market in the future.

“We are now taking our experience with 
drug development and out-licensing to 
the next phase in the company’s evolution, 
which is commercializing meaningful prod-
ucts here in the US. Specific to cenobamate, 
we do not plan to out-license. Our current 
strategy is to bring it through the regulato-
ry approval process and market it ourselves, 
making SK Life Science a fully integrated 
pharmaceutical company,” he said. 

SK is now conducting a Phase III global 
clinical trial of cenobamate and plans to 
file for marketing authorization of the 
drug to the US FDA as early as the latter 
half of this year.  

Published online 13 March 2018
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Scrip’s weekly Pipeline Watch tabulates the most recently reported  
late-stage clinical trial and regulatory developments from the more 
than 10,000 drug candidates currently under active research worldwide.

Click here for the entire pipeline 
with added commentary: 

http://bit.ly/2mx4jY3

Selected clinical trial developments for the week 9–15 March 2018

LEAD COMPANY/PARTNER COMPOUND INDICATION COMMENTS

Phase III Suspended

Anthera Pharmaceuticals Inc. Sollpura (liprotamase)
exocrine pancreatic insuf-
ficiency in cystic fibrosis

RESULT; missed primary and secondary endpoints.

Phase III Results Published

Takeda Pharmaceutical Co. Ltd. Uloric (febuxostat)
gout and cardiovascular 
co-morbidities

CARES; in NEJM, March 12, 2018.

AstraZeneca PLC Brilinta (ticagrelor)
acute coronary syndrome 
after fibrinolysis

TREAT; JAMA Cardiology, March 11, 2018.

Acacia Pharma Ltd.
Baremsis (intravenous 
amisulpride)

post-operative nausea  
and vomiting prophylaxis

Anesthesiology online, March 14, 2018.

AstraZeneca PLC Farxiga (dapagliflozin)
CV outcomes in diabetes 
type 2

CVD-REAL; Journal of the American College of 
Cardiology, March 2018, new analysis.

Biogen Inc. Tysabri (natalizumab)
multiple sclerosis,  
secondary progressive

ASCEND; The Lancet Neurology, March 12, 2018.

Johnson & Johnson Invokana (canagliflozin)
heart failure in type 2 
diabetes

CANVAS; Circulation, March 11, 2018.

Phase III Interim/Top-Line Results

Regeneron Pharmaceuticals Inc./ 
Sanofi

Praluent (alirocumab)
dyslipidemia and acute 
coronary syndrome

ODYSSEY Outcomes; CV outcomes, all-cause 
mortality reduced.

Alexion Pharmaceuticals Inc. ALXN1210
paroxysmal nocturnal 
hemoglobinuria

Non-inferior to Solaris in efficacy and side effects.

AbbVie Inc./ 
Neurocrine Biosciences Inc.

elagolix uterine fibroids ELARIS US-II; met primary, secondary endpoints.

Auris Medical Holding AG Keyzilen (esketamine) acute inner ear tinnitus TACTT3; missed primary endpoint.

Updated Phase III Results

Amgen Inc. Repatha (evolocumab) dyslipidemia FOURIER; residual risk analysis.

ElsaLys Biotech SAS Leukotac (inolimomab)
acute graft-versus-host 
disease

Favorable safety profile.

Portola Pharmaceuticals Inc. AndexXa (andexanet alfa) anticoagulation reversal ANNEXA-4; good hemostasis.

Phase III Initiated

OxThera AB
Oxabact (Oxalobacter 
formigenes)

hyperoxaluria, enteric EPHEX; to halt or delay progression.

Poxel SA/ Sumitomo Dainippon 
Pharma Co. Ltd.

imeglimin diabetes, type 2 TIMES 2, 3; in Japan.

Toyama Chemical Co. Ltd.  favipiravir
ixodid tick-borne SFTS  
virus infection

In Japan; already approved for refractory flu.

Acasti Pharma Inc.
CaPre (omega-3  
phospholipid)

hypertriglyceridemia TRILOGY; derived from krill oil.

Phase III Announced

BiondVax Pharmaceuticals Ltd. M-001 (nine epitopes) pandemic flu vaccine A potential universal flu vaccine.

Source: Biomedtracker
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Adaptimmune Hits High With TCR Platform Success
ALEX SHIMMINGS alex.shimmings@informa.com

T he data are from just four patients, 
but they were enough to send 
Adaptimmune Therapeutics PLC’s 

share price up 19% on NASDAQ on March 
15 as hopes were raised that its T-cell recep-
tor (TCR) platform could be broadly effective 
across solid tumors. Shares closed at $10.94.

The company reported three partial re-
sponses (two confirmed and one to be 
confirmed), and one stable disease in the 
first four patients dosed in a Phase I/II study 
with its NY-ESO SPEAR T-cells in a second 
solid tumor: myxoid/round cell liposarcoma 
(MRCLS). The product has already shown ef-
ficacy in synovial sarcoma. 

The NY-ESO SPEAR T-cells program is cur-
rently in the process of being transferred to 
GlaxoSmithKline PLC after the big pharma 
exercised its option to exclusively license 
the right to research, develop, and commer-
cialize NY-ESO SPEAR T-cell therapy program 
last September.

“We are encouraged by the initial re-
sponses seen in the first patients with 
MRCLS treated with NY-ESO SPEAR T-cells, 
as it validates the potential of our platform 
to treat a broad range of tumors, including 
those that are known to be unresponsive 
to current immunotherapies,” said Chief 
Medical Officer Rafael Amado in a state-
ment. Although MRCLS is a soft tissue sar-

coma which commonly expresses NY-ESO, 
he noted that “there are fundamental dif-
ferences in its clinical course, natural his-
tory, molecular signature, and responsive-
ness to standard treatments that make it 
distinct from synovial sarcoma”. 

Adaptimmune’s SPEAR (Specific Peptide 
Enhanced Affinity Receptor) T-cell plat-
form enables the engineering of T-cells to 
target and destroy cancer, including solid 
tumors. Adaptimmune is also conducting 
clinical trials with SPEAR T-cells targeting 
MAGE-A4, -A10, and AFP across several 
solid tumor indications.

“This news strengthens our conviction 
that we have a pipeline capable of treat-
ing solid tumors, and that our SPEAR T-cell 
platform has great potential for the future 
treatment of many cancers,” said CEO James 
Noble in a conference call. 

Analysts at Leerink said in a March 15 
research note that they believed Adap-
timmune’s TCR platform “could potentially 
address solid tumors, which we view as 
transformational for the cell therapy space 
if successful.”

They noted that the proprietary platform 
enables generation of engineered TCR-based 
cell therapies that permit targeting of a wide 
range of antigens that cannot be exploited 
with monoclonal antibodies or chimeric an-

tigen receptors (CAR)-T. “We view Adaptim-
mune as a leader in the potentially disruptive 
TCR field. However, we also view execution 
as key to Adaptimmune’s story and a natural 
consequence of Adaptimmune’s leadership 
position in the relatively new TCR field.”

The analysts highlighted some risks to the 
company including timely enrolment of pa-
tients, but view 2018 as an important year 
for validating the TCR platform as a whole. 

Throughout the second half of 
2018, Adaptimmune expects additional 
safety and initial efficacy data from its 
MAGE-A10 pilot studies; initial safety data 
from the MAGE-A4 basket study to support 
dose escalation to 1 billion cells; initial effi-
cacy data from the MAGE-A4 basket study 
as well as additional efficacy data from the 
MAGE-A10 studies. Noble told the confer-
ence call it also expected initial safety data 
to support dose escalation in its AFP study 
in hepatocellular carcinoma later in 2018 
with efficacy readouts in 2019.

“Our focus on MAGE-A4, MAGE-A10 and 
AFP has been greater since GSK exercised its 
option over our NY-ESO program,” he said.

MRCLS and synovial sarcoma are both 
considered soft tissue sarcomas. Adaptim-
mune says there are about 2,000 patients in 
the US and Europe with MRCLS each year.   

Published online 16 March 2018

Johnson & Johnson has named Joseph 
Wolk to succeed Dominic Caruso as chief 
financial officer, following the news that 
the industry veteran will retire in Septem-
ber after a 19-year career with the com-
pany, 11 of which have been as CFO. Wolk, 
who will take over July 1, has also been 
with J&J for 19 years and currently serves 
as head of investor relations. 

Alder BioPharmaceuticals said on 
March 20 that board member Paul Cleve-
land has been appointed to serve as in-
terim president and chief executive officer, 
after Randall Schatzman stepped down 
from the posts by “mutual decision.” Schatz-
man, who co-founded Alder in 2004, has 
agreed to act as a consultant in order to 
help ensure a smooth transition. Cleveland 
currently serves as chairman of Adverum 

Biotechnologies, where he previously was 
CEO and he was also CEO of Celladon Corp 
before that.

Søren Tulstrup has been appointed as 
the new president and chief executive of-
ficer of Hansa Medical taking over from 
Ulf Wiinberg who reverts to his former 
role as chairman of the Swedish company. 
Most recently, Tolstrup served as CEO of 
Vifor Pharma from Aug 2014 to May 2016 
and has held key posts at Shire, Merck & Co 
and Novartis’ Sandoz and has experience 
of working in rare diseases and kidney dis-
eases – Hansa’s lead product is the investi-
gational renal transplantation therapy IdeS. 

Sickle cell disease specialist Modus Thera-
peutics has named John Öhd as its chief 
medical officer. He joins from Medivir AB, 

where he became CMO after being direc-
tor of clinical R&D, and has also worked at 
Shire and AstraZeneca. 

Percival Barretto-Ko is the new president 
of Astellas’ Americas division, with respon-
sibility for North and South America. He 
succeeds James Robinson, who left earlier 
this month to become president and chief 
operating officer of Alkermes. Barretto-Ko 
joined the company in 2005 to lead Astel-
las Pharma Europe’s corporate strategy or-
ganization and in 2011 became senior vice 
president, corporate strategy and govern-
ment affairs for Astellas US.

Merck & Co has appointed Jennifer Zach-
ary as general counsel, effective April 16. 
Currently a partner at Covington & Burling, 
she succeeds Michael Holston. 
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