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AstraZeneca Updates MYSTIC Plan 
In Bid To Challenge Merck In NSCLC
SUKAINA VIRJI sukaina.virji@informa.com

With tensions rising in the first-line NSCLC space, AstraZeneca’s update on the analysis 
plan of its Phase III MYSTIC trial has analysts reassessing the firm’s chances against 
stiff competition.

AstraZeneca PLC’s revisions to its 
MYSTIC trial evaluating its anti-
PD-L1 durvalumab and anti-

CTLA-4 tremelimumab in first-line non-
small cell lung cancer (NSCLC) should 
expand the scope of what is possible 
with the trial, but it now runs the risk of 
being underpowered. 

The new plan places slightly more empha-
sis on durvalumab as a monotherapy, de-
spite AstraZeneca stating: “the focus remains 

on exploring the benefit of durvalumab + 
tremelimumab as combination therapy.”

“By creating more subgroups – in the 
absence of stepping up the size of the trial 
– AstraZeneca runs the risk that MYSTIC is 
under-powered to do all of the analyses that 
[it] wants to do,” Bernstein Research analyst 
Tim Anderson said in a Jan. 17 note. 

The MYSTIC trial has been slated to report 
out in the first half of 2017 and represents 
AstraZeneca’s best chance of catching up 

in immuno-oncology. Its earlier plans for 
monotherapy approvals for both the PD-L1 
inhibitor durvalumab and CTLA-4 inhibitor 
tremelimumab went awry, so the combina-
tion trial will be key. 

It will be an eventful year in terms of 
Phase III immunotherapy combo trials. 
Aside from MYSTIC, Merck & Co. Inc.’s KEY-
NOTE-189 chemo combo with its PD-1 in-
hibitor Keytruda (pembrolizumab), Roche’s 
IMpower-150 chemo combo with its PD-
L1 inhibitor Tecentriq (atezolizumab) and 
possibly Bristol-Myers Squibb Co.’s Check-
mate-227 combination of its PD-1 inhibitor 
Opdivo (nivolumab) and CTLA-4 inhibitor 
Yervoy (ipilimumab) could report data. 

Merck has already submitted Keytruda 
for combination use with chemo in first-line 
NSCLC, and so could gain the first IO combi-
nation approval in lung cancer by its May 10 
user fee date. Bristol, which has Opdivo and 
Yervoy approved in combination in mela-
noma, could successfully file that pairing for 
lung cancer “early” – meaning sometime in 
2017. Anderson pointed out this leaves a lot 
of volatility in the space throughout the year. 

However, analysts believe AstraZeneca’s 
new plan is the right one as it works to chal-
lenge Merck’s position.

MYSTIC CHANGES
The MYSTIC trial was initially designed to 
assess the benefit of durvalumab mono-
therapy and durvalumab + tremelimumab 
combination therapy versus standard-of-
care chemotherapy, focusing on progres-
sion-free survival (PFS).

The MYSTIC trial will now assess PFS and 
overall survival (OS) endpoints in patients 
with PD-L1 expressing tumors for both 
durvalumab monotherapy and the combi-
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I N  T H I S  I S S U E

As evidenced by the preponderance yet again of  
stories focused on drug pricing, the topic is hotter 
than ever. As Jessica Merrill considers on p12-13, 
the increasing heat being placed on the industry has 
done little to galvanize the industry into a unified 
and reasoned response to the criticism. Indeed, some 
companies seem to be hoping that striking out alone 
in making price increase modesty pledges or berating 
their peers in public will help distance them from the 
ongoing attacks. 

Dealing with this cost question is more complex 
than condemning and removing the worst excesses 
of price-gouging, though, and calls for transparency 
throughout the entire supply chain will only increase. 

Meanwhile, there are many other avenues for  
cutting healthcare costs that ought to be far less con-
troversial. Reducing unnecessary surgery. Increasing 
hand hygiene to reduce infection in hospitals. Check-
lists to avoid prescribing errors and other medical 
mistakes. Lowering individual prescription volumes 
to reduce excessive supply to individual patients. 
These are just a few examples of the myriad opportu-
nities to cut healthcare expenditure in which pharma 
could be part of the solution, not the problem.
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Prostate Cancer Vaccines: What’s In The Pipeline?
The sector still attracts the attention of clinical investigators and 
the pharmaceutical industry, despite disappointing results from 
another clinical-stage candidate.
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2017 Preview: Fresh Concerns And New Hopes  
In China
If 2016’s Year of the Monkey was a period of ups and downs in 
China, filled with a series of rapid changes in regulations and 
plans for overseas expansion by domestic pharma companies, 
2017’s Year of the Rooster is likely to be even more uncertain, 
industry insiders say.
http://bit.ly/2joA8wm 
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Biogen Pays $1.25bn For Peace Of Mind Over Tecfidera, 
But Legal Wrangling Continues 
Biogen’s new CEO Michel Vounatsos has begun his tenure by taking out a $1.25bn “insurance policy” on MS drug 
Tecfidera by licensing Forward Pharma’s patent portfolio, but the cost of the deal could spiral if the Danish firm wins a 
series of ongoing patent disputes with Biogen concerning Tecfidera and Forward Pharma’s MS drug candidate FP187. 

SUKAINA VIRJI, MICHAEL CIPRIANO 

Biogen Inc. has entered into a licensing 
agreement with Forward Pharma AS 
to all intellectual property owned by 

Forward. The agreement consists of an up-
front payment of $1.25bn and potential roy-
alties if Forward’s legal battles are successful. 
Forward has not agreed to drop ongoing 
legal action.

The legal spat stems from Forward Phar-
ma’s claim that its patents on the active 
ingredient of Tecfidera, dimethyl fumarate, 
were filed before Biogen’s and that it has 
royalty rights to the drug. 

Forward is pursuing its own dimethyl 
fumarate-based multiple sclerosis drug, 
FP187. But while Tecfidera was approved in 
2013, FP187 is still in Phase III development. 
“The settlement and license agreement 

does not resolve the issues pending in the 
ongoing Interference Proceeding in the US 
or the Opposition Proceeding in the EU,” Bio-
gen noted in a statement.

Regardless of the outcome for Biogen, it 
will continue to collect the bulk of the rev-
enues for Tecfidera. If Forward Pharma wins 
the US legal battles, Biogen would pay 10% 
royalties on Tecfidera sales between 2021 
and 2028, and a 20% royalty after.

Outside the US, these royalties will only be 
payable if Forward is able to secure certain 
European IP rights to FP187. The deal would 
end when one of the drugs reaches the end 
of its patent life. The companies “intend to 
permit the Patent Trial and Appeal Board 
(PTAB), the US Court of Appeals for the Feder-
al Circuit, the European Patent Office, and the 

Technical Board of Appeal and the Enlarged 
Board of Appeal, make a final determination 
in the proceedings before them.” 

Oral arguments in two separate US Tec-
fidera patent disputes were heard in Novem-
ber, with analysts noting that the three-judge 
panel “asked very few probing questions” 
(Leerink Nov. 30 note). This led analysts to de-
rive that “perhaps some or all of the judges 
may have already made up their mind” al-
though there was little indication as to what 
direction they might be leaning.   

Published online 18 January 2017
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Pharma ExtrapolaTable: The 2016 Top 20
The pharma top 20 will not be definitively known until May when Takeda and Astellas publish their 2016 annual 
results, the last Big Pharma companies to do so. But for those who cannot wait until then (or even until Jan. 24 when 
Johnson & Johnson kicks the process off), Scrip’s ExtrapolaTable gives an early glance at the shape of pharma as 
another year rolls on.

JOHN HODGSON john.hodgson@informa.com

T here will be no new names in the pharma industry’s top 
20 companies, despite vigorous knocking at the door from 
growth companies like Biogen, Celgene, Mylan and Shire (re-

plete with its Baxalta acquisition). 
Based on projected drug sales for 2016, Pfizer Inc. will remain 

the top seller of prescription drugs for FY 2016, stretching away 
from Novartis AG in second ($7.4bn adrift) and Roche in third (over 
$10bn behind Pfizer).

Merck & Co. and Sanofi will be tussling for fourth and fifth place, 
$13bn behind Pfizer but $3bn ahead of a resurgent Johnson & 
Johnson. The stall in the meteoric rise of Gilead Sciences Inc. as 
its HCV combination therapy, Harvoni, passed the peak of its sales 
means that the Foster City, CA company drops back one place in 
the rankings.

GlaxoSmithKline PLC is in eighth place and AbbVie Inc. (now tur-
bocharged by Pharmacyclics Inc. ) is ninth. 

The final place in the top 10 of Scrip’s ExtrapolaTable is closely 
contested: AstraZeneca PLC, Amgen Inc. and Teva Pharmaceutical 
Industries Ltd. are all projected to return prescription drug sales 
worth $21.8bn when rounded to the closest $100m. However, the 
guidance given to analysts by the three companies puts AstraZen-
eca just ahead of Amgen, and Amgen just ahead of Teva.

To explain, the ExtrapolaTable is based on a very simple model. It 
takes as its starting point drugs sales from company Q3 2016 filings. 
Those are multiplied by the ratio of full year 2015 sales to Q3 2015 
in order to allow for the tendency for Q4 sales to exceed those in 
other quarters. Those results are then adjusted to account for any 
obvious and exceptional factors such as the divestment or acquisi-
tion of products or new launches. 

The adjusted extrapolation for AstraZeneca yields a prediction 
of $21.8bn. However, the company’s somewhat vague guidance 
for 2016 indicates that AZ expects a “low to mid single digit de-
cline” in sales. $21.8bn would be an 8% decline on sales posted for 
FY 2015. So either AZ’s forecast is misleading, or Scrip has under-
estimated. A 6% decline on FY2015 would put AZ’s sales around 
$22.2bn, ahead of Amgen and Teva. Amgen’s revenue guidance of 
$22.6-22.8bn aligns with Scrip’s extrapolation of $21.8bn if around 
$1bn of non-sales revenue (royalties etc.) are subtracted. Teva’s 
latest guidance given after the Actavis acquisition was completed 
was for revenues in the range $21.6-21.8bn, but this would in-
clude around $1bn in OTC pharma sales that would be excluded 
from Scrip’s prescription drug sales figures.

So Teva will probably have to wait another year to become the 
first generic medicines company to become a top 10 pharma-
ceutical company by drug sales value. Had its purchase of Actavis 
Generics been completed not in August, but a month earlier, the 
extra $400-500m or so it could have recognized in revenue would 
have pushed it ahead of Amgen and AstraZeneca, sending AZ 
out of the top 10 for the first time since the merger of Astra and 
Zeneca in 1999.

Below the three 10th placed companies is Bristol-Myers Squibb 
Co. which has been rejuvenated by the success of its immuno-
oncology programs, despite some recent clinical set-backs. BMS’s 
guidance of “high teens” growth over 2015 suggests that its full year 
results drug sales will be around $16.7bn. However, Scrip expects 
that even if Opdivo sales dip compared to Q3 2016, BMS will regis-
ter drug sales above $18.2bn.

That would set BMS in 13th position apart from a following 
pack of four companies with predicted drug sales in the region 
of $15.5-17.2bn. Eli Lilly & Co. leads that pack following an annual 
increase of $1.5bn over 2015, its first such increase since before 
loss of exclusivity shattered its neuroscience franchise in 2012. 
Scrip anticipates continued but slowed growth for Novo Nordisk 
AS which will keep it just ahead of Bayer AG. Takeda Pharmaceu-

Teva will probably have to  
wait another year to become  
the first generic medicines company 
to become a top 10 pharmaceutical 
company by drug sales value
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tical Co. Ltd. is a little bit further back with drug revenue antici-
pated to be in the region of $15.5bn. Takeda fourth quarter may 
be hit by the post-election strengthening of the dollar.

The last three places in Scrip’s ExtrapolaTable for 2016 go to Al-
lergan PLC, Boehringer Ingelheim GMBH and Astellas Pharma Inc., 
all of which are expected to increase drug sales above 2015 levels 
(only marginally in BI’s case). Nevertheless, this looks likely to be 
enough to beat off the group of top 20 pretenders – Biogen, Cel-
gene, Shire and Mylan – at least for 2016.

Shire PLC will be a top 20 pharma company in 2017, barring 
an unanticipated disaster or divestment at the company. Its 
acquisition of Baxalta Inc. should give Shire drug revenues of 
around $13bn.

Growing sales of Revlimid and Tecfidera, respectively, at Cel-
gene Corp. and Biogen Inc. could propel either company into 
the top 20 in 2017. For Mylan NV, buying Meda added another 
$1.5bn in annual sales, taking them above $11bn for 2017. But 

Mylan will need another similar-sized acquisition to leapfrog 
Celgene, Biogen and others in pharma’s top table. 

IS THE SCRIP EXTRAPOLATABLE RELIABLE?
Over a year ago, Scrip predicted 2015 results (for the top 10 pharma 
companies) and, while the company rankings and the combined to-
tal sales of the top 10 were accurate and half of the individual com-
pany predictions fell within 1% of the actual number, others were as 
much as 6.6% off. The principal cause was over-simplification: to 
get full-year 2015 sales estimates, the reported nine-month figures 
were multiplied by 4/3. This failed to account for uneven sales dis-
tribution across the year, underestimating Gilead’s effort in hepati-
tis C and backloaded sales in Q4 for Pfizer and Merck.

The revised method used for estimating 2016 full year sales multi-
plies Q3 2016 figures by the ratio of full year sales 2015 to sales in Q3 
2015, and then adjusts for exceptional circumstances if appropriate.  

Published online 13 January 2017

Table 1. Scrip Top 20 Pharma ExtrapolaTable 2016

COMPANY PROJECTED RANK 2016 (RANK 2015) PROJECTED DRUG SALES 2016 $BN NOTES

Pfizer 1 (1) 50.0

Novartis 2 (2) 42.6

Roche 3 (3) 39.9

Sanofi 4 (4) 37.1

Merck & Co 5 (5) 36.9

Johnson & Johnson 6 (7) 33.9

Gilead Sciences 7 (6) 30.8 Harvoni sales peak

GlaxoSmithKline 8 (8) 27.4

AbbVie 9 (10) 26.1

AstraZeneca 10 (9) 21.8 AZ guidance suggests $22.2bn 

Amgen 10 (11) 21.8

Teva 10 (12) 21.8 Acquired Allergan Generics August 2016

Bristol-Myers Squibb 13 (17) 18.2 Opdivo, Eliquis sales increased

Eli Lilly 14 (14) 17.2

Novo Nordisk 15 (13) 16.7 Currency exchange differences

Bayer 16 (15) 16.3

Takeda 17 (16) 15.5 Based on half year results

Allergan 18 (19) 13.9

Boehringer Ingelheim 19 (18) 12.5

Astellas 20 (20) 11.9 Based on half year results

Celgene 21 (23) 11.5 Revlimid sales expected $8bn+

Shire 22 (29) 10.9 Q3 sales (full Baxalta) were $3.315bn

Mylan 23 (21) 10.9 Acquisition of Abbott US generics and Meda

Biogen Idec 24 (22) 9.8 Tecfidera and Tysabri revenues rise

Daiichi Sankyo 25 (24) 8.6 Based on half year results

Source: Extrapolation from Scrip100 data

scripintelligence.com
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Investors Ignore Trump On Pricing
When Donald Trump said on Jan. 11 that the drug companies were “getting away with murder” on pricing, some took 
his words seriously. But his shapeless message had no meaning for the markets.

JOHN HODGSON john.hodgson@informa.com

Donald Trump’s words on Jan. 11 did 
not “reverberate around the indus-
try.” They had virtually no impact on 

pharma and biotech industry valuations, 
unlike profit-taking, holiday-making inves-
tors. Unlike most minor company setbacks. 
And unlike a tweet from Hillary Clinton. 

OK, so the Nasdaq Biotechnology Index 
did fall on Jan. 11 – about 3% in 15 minutes 
– but that was it. The index rose on each of 
the four other days that week. The NBI rose 
slightly (about 0.03%) across the week. 

Compare that with the four-day work-
ing week between Christmas and the 
New Year, conventionally a period of in-
vestor “profit-taking,” when the NBI fell 
every day for a loss in the week of 2.7%.

Compare the impact of Trump’s words 
with that of Hillary Clinton when she 
tweeted on “price-gouging” back in Sep-
tember 2015 (Figure 1). She sent the NBI 
down 4.4% in a day, 18.7% down in a 
week. That’s influence. That’s a response 
to someone whose policies might change 
things. Even though the markets didn’t 
call the election result, investors did take 
Hillary’s intentions seriously … even 
when she still had to beat Bernie Sanders 
and then win an election.

MOVE RIGHT ALONG
As ever, Trump’s words made a lot of 
headlines. He has garnered editorial sup-
port for a stance against price-gouging. 

But among those who vote with mon-
ey rather than words, the headlines have 
hardly caused a ripple. On a Richter scale, 
Trump on Jan. 11 barely registers against 
other events in biotech and pharma.

The markets don’t take Trump as seri-
ously as they took Clinton because Clinton 
could speak with some experience and au-
thority on health care issues. 

Perhaps the context was different. The 
biopharma markets in 2015 were more 
fluffed up than in 2017. However, it is 
worthwhile quantifying the difference in 
market reactions to Clinton’s Twitter-tor-
nado and the limp, Lilliputian influence of 
Trump’s input.

For instance, we could ask “when was the 
Nasdaq Biotechnology Index last below its 
close on Jan. 11, a value of 2908?”

That’s an easy one. Go back five trad-
ing days before Trump’s comments to 
Jan. 4 and the NBI stood at 2902; the day 
before that it was at 2820. So Trump’s 
intervention was the biggest challenge 
to pharma for a week. His vicious didn’t 
even devalue biopharma stocks to the 
level caused by post-holiday sloth.

In fact, the events of last week were 
nothing more than the ups and downs of 
publicly traded biopharma companies. For 
instance, a quick perusal of the most highly 
traded stocks pharma and biotech stocks 
reveals that the prices of 28 out of 40 fell on 
the day of Trump’ comments. Not unusual: 
that pattern or worse has been seen on 10 
out of 50 trading days since Nov. 1, 2016. 

PUNISHMENTS WERE SPECIFIC
What about individual stocks? Some com-
panies’ stock prices were affected more 
badly than others. But for the worst hit com-
panies, earlier pricing-related events already 
been sensitized investors to bad news.

Mylan NV (-4.3% down on Jan. 11), Bio-
gen Inc. (-3.5%), Alexion Pharmaceuticals 
Inc. (-4.9%) and Mallinckrodt PLC (-6.2%) 
had each been earlier pilloried for poorly-
argued price hikes on specific drugs or 
devices. Valeant Pharmaceuticals Inter-
national Inc. (-6.5% on Jan. 11) and Endo 
Pharmaceuticals Inc. (-8.5%) had been 
dubbed serial acquisitive price gougers, 
and had both seen their stock plummet 
in previous months. Brent Saunders at Al-

lergan PLC and Richard Gonzales at Ab-
bVie Inc. both promised prices rises un-
der 10% in the week of the J.P. Morgan 
healthcare investor conference: but their 
companies’ stocks were punished anyway 
(-2.3% and -3.6%, respectively, on Jan. 11). 
It’s a bad time to raise your head above 
the pricing parapet.

Other companies’ stocks were punished 
for earlier bad news unrelated to pricing.  

Published online 18 January 2017
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nation of durvalumab + tremelimumab, as 
well as in “all comers” for the combination 
of durvalumab + tremelimumab, versus 
chemotherapy.

AstraZeneca has updated the end-
points of the MYSTIC trial to include OS 
and PFS for the durvalumab monothera-
py arm. “This is based on recent internal 
and external data, including durvalumab’s 
strong efficacy in monotherapy presented 
at recent medical meetings, as well as sig-
nificant opportunities in the competitive 
landscape,” it said.

Additionally, the ongoing Phase III NEP-
TUNE trial will be expanded with local pa-
tients to support regulatory submission of 
durvalumab + tremelimumab combina-
tion therapy in China for first-line NSCLC 
“without delaying the anticipated OS data 
readout in 2018 from the global cohort, 
which is approaching full recruitment.” The 
company has also initiated the new Phase 
III PEARL trial of durvalumab monotherapy 
versus chemotherapy in first-line NSCLC 
patients whose tumors express PD-L1. 

“Importantly for the changes we are an-
nouncing today, these are made possible 
because MYSTIC is a ‘flexible’ trial which is 
allowing us to evolve as our knowledge 
around this field increases,” a company 
spokesperson told Scrip. “This is a novel trial 
design for the industry, and it’s especially 
cutting edge to be running a flexible trial 
at the Phase III stage.” 

“With Keytruda’s sBLA for first-line use 
in combination with chemotherapy re-
cently accepted by the FDA, and the 
CheckMate-227 trial (Opdivo + Yervoy) ex-
pected to complete in Q1 2018, revisions 
to the MYSTIC protocol to include OS data 
threaten to delay durvalumab’s already late 
entry into the immuno-oncology NSCLC 
treatment space,” Datamonitor Healthcare 
analyst Dustin Phan told Scrip. 

However, he believes that the explo-
ration of single-agent durvalumab in 
the Phase III PEARL study and additional 
analysis for PD-L1 expression could help 
improve the chances of success in pivotal 
studies by identifying patients who best 
respond to durvalumab therapy. 

“Given the failure of Opdivo mono-
therapy in the broader first-line patient 
population, AstraZeneca’s decision to 
evaluate durvalumab for PD-L1-positive 
patients is rational, though it remains 

to be seen what PD-L1 expression level 
cutoff will be used in this trial. If all analy-
ses prove successful, this will help to in-
crease the drug’s peak patient share in 
the lucrative first-line NSCLC treatment 
setting,” Phan said. 

The Phase III MYSTIC trial will also be an 
important opportunity for AstraZeneca 
to demonstrate the safety and efficacy of 
tremelimumab, as little clinical data has 
been available for the company’s CTLA-
4 inhibitor, noted Phan. “Inevitably, dur-
valumab + tremelimumab will be closely 
scrutinized in comparison with Opdivo + 
Yervoy, which has already gained regula-
tory approval for use in melanoma. Given 
the wealth of data available for Opdivo and 
Yervoy in NSCLC, both as single-agents 
and in combination with one another, dur-
valumab will have to demonstrate signifi-
cant improvements in safety and efficacy 
in order to overcome physician comfort 
and familiarity.” 

He sees the amendment to the MYSTIC 
protocol to include PD-L1 expression anal-
ysis as an effort by AstraZeneca to secure a 
foothold in the first-line setting. Keytruda’s 
monotherapy approval for first-line lung 
cancer is limited to PD-L1 overexpressers. 
But even though Bristol’s Opdivo failed in 
first-line lung cancer with a low threshold 
for PD-L1 status, Phan added that “while 
the CheckMate-227 trial of Opdivo + Yer-
voy in first-line NSCLC will require patients 
to undergo immune-histochemical tests 
to determine PD-L1 status, it does not 
seem to be limited to PD-L1-positive tests.” 

CONCERNS EASED?
Jefferies analysts, in a note dated Jan. 17, 
said: “Some of our concerns on MYSTIC 
have been eased today and we are now 
more confident about AstraZeneca’s path-

way to approval for both its durvalumab 
mono and combo regimens.”

Most of that easing is due to PD-L1 ex-
pressing patients being given increased 
significance compared with the prior anal-
ysis plan, and OS being given increased sig-
nificance in the durvalumab monotherapy 
arm of the study, “which we assume has 
been done to increase the probability of 
success at lower levels of PD-L1 expression 
than Merck achieved in KN-024,” they said.

“We regard the update today as be-
ing positive for AstraZeneca’s IO program, 
given that it is more in line with our prior 
views on the differential probabilities of 
success for the mono/combo arms in the 
PD-L1 positive/ negative populations. We 
continue to expect a filing based on posi-
tive data for the durva/treme combo in PD-
L1 positive patients in H2 2017,” the Jeffer-
ies analysts added.

“There seems to be more emphasis than 
before on monotherapy with durvalumab,” 
noted Bernstein’s Anderson. “Monother-
apy has been elevated from a secondary 
endpoint to a primary endpoint, and also 
AstraZeneca’s initiation of the new Phase 
III PEARL study which only explores dur-
valumab monotherapy (in Asian patients). 
Bulls will claim it is smart for AstraZeneca 
to hedge its bets with both mono- and 
combination therapy. Bears will claim As-
traZeneca may have less confidence than 
before in the CTLA4 combination ap-
proach, which has been at the core of its IO 
development program.”

However, Anderson is concerned that 
AstraZeneca might be spreading MYSTIC 
too thinly and may be under-powered for 
the additional analyses. 

He believes that because the company 
is in a race with competitors, “[it] has likely 
decided to roll the dice on this matter, for 
the sake of having results more quickly. If 
the first read-out of PFS is not hit (and the 
trial continues until OS is hit) this would 
likely be quite disappointing to investors.”

AstraZeneca was taking a “strategic ap-
proach to lung cancer rather than just IO 
alone,” its spokesperson noted. “Our EGFR 
medicine for lung cancer, Tagrisso, is also 
progressing well and due to have first-line re-
sults out from FLAURA this year. If we are suc-
cessful with MYSTIC, this would mean that 
we support 70-80% of lung cancer patients 
between our IO and Tagrisso treatments.”  

Published online 17 January 2017

CONTINUED FROM COVER

‘This is a novel trial design 
for the industry, and it’s 
especially cutting edge to 
be running a flexible trial at 
the Phase III stage’
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Lilly Pays Nearly $1bn To Regain Migraine Candidate  
It Once Sold For $1m
In acquiring biotech CoLucid and its Phase III acute migraine candidate lasmiditan for $960m, Lilly gets back an asset 
it discovered and out-licensed more than a decade ago. The pharma hopes to pair the 5-HT1F agonist with 
galcanezumab to create a two-drug migraine franchise.

JOSEPH HAAS joseph.haas@informa.com

Eli Lilly & Co.’s $960m buyout of CoLucid 
Pharmaceuticals Inc. on Jan. 18 brings 
home a late-stage migraine candidate 

it discovered and out-licensed more than a 
decade ago and bolsters its pain pipeline 
with a third Phase III asset.

Lilly declined to say whether the acqui-
sition of Cambridge, Massachusetts-based 
CoLucid stemmed from a competitive 
process, but the all-cash purchase price of 
$46.50 per share represents a 33% premi-
um over the biotech’s closing price on Jan. 
17. The deal also values CoLucid at 365% 
above its initial public offering in 2015 – 
an IPO that netted $51.2m a year and four 
months prior to positive Phase III results for 
lasmiditan, a selective inhibitor of 5-HT1F 
receptors in the trigeminal pathway. 

Lasmiditan met the primary endpoint 
this past September in the Phase III SAMU-
RAI trial in acute migraine. Lilly senior direc-
tor of global headache marketing Bill Rat-
ner told Scrip the pharma hopes it can pair 
lasmiditan with its calcitonin gene-related 
peptide (GGRP) antagonist galcanezumab 
to create a migraine franchise that will offer 
patients both an acute therapy and an op-
tion for prophylaxis.

Lilly researchers discovered the migraine 
drug lasmiditan, but licensed it in 2005 to 
then-start-up CoLucid for $1m in cash plus 
an equity stake. 

“Pain was not a priority for us at that 
time, [so] we decided to out-license it with 
CoLucid and it spent its next 12 years with 
them,” Ratner said. “As a Lilly-discovered 
molecule, we sort of always had an eye 
on it, but never had direct contact with it, 
of course. And since pain has become an 
important therapeutic area for Lilly, and 
migraine an important part of that area, as 
the program read out its first Phase III data, 
it became an exciting opportunity for us.”

With positive data from the pivotal 
SAMURAI Phase III trial, Lilly now awaits 
data from the second Phase III study, 
SPARTAN, expected during the latter half 
of 2017, and plans to submit lasmiditan 
for FDA approval in 2018. Galcanezumab 
should complete Phase III for migraine 
prophylaxis during the first half of the 
year, which could position it for regula-
tory filing by the end of 2017. It also is 
being studied for cluster headaches and 
both chronic and episodic migraine. Lilly 
also has the nerve growth factor (NGF) 
antibody tanezumab in Phase III for os-
teoarthritis, chronic lower back pain and 
cancer pain, giving the Indianapolis firm 
a burgeoning pain portfolio. 

“We’re excited that if lasmiditan and gal-
canezumab prove to be successful, and 
are approved, that we actually will be able 
to offer patients, payers and providers a 
more complete solution for the manage-
ment of migraine with two novel thera-
pies, that on the one hand can prevent 
the migraine from ever coming on with 
galcanezumab and stop that migraine 
once it has come on with a drug like las-
miditan,” Ratner explained.

QUESTIONS REMAIN
Despite the success of the SAMURAI study, 
analysts said questions remain about las-
miditan due to the placebo response seen 
in the study. Also, given the history of other 
migraine drugs, there are concerns about 
cardiovascular safety, although no cardio-

vascular-related adverse events were report-
ed in SAMURAI. Lasmiditan, which would 
offer the first new mechanism of action for 
treating migraine in roughly 20 years, could 
provide an alternative for patients who can’t 
take triptans, which are contraindicated for 
patients who have or at are risk for a cardio-
vascular condition. Preclinical studies indi-
cated that unlike triptans, lasmiditan has no 
vasoconstrictive properties.

In the 2,231-patient SAMURAI study, 
32.2% of patients receiving the higher 200 
mg dose of study drug reported that they 
were headache-free after two hours – the 
primary efficacy endpoint – compared to 
15.3% in the placebo arm. On a key sec-
ondary endpoint, 40.7% who received the 
200 mg dose said they no longer felt the 
associated symptom of migraine that both-
ered them most, which could be nausea or 
noise or light sensitivity. By contrast, 29.5% 
of control-arm patients said they were free 
of such symptoms after two hours.

SAMURAI additionally tested a 100 mg 
dose of lasmiditan, which also met statis-
tical significance for the primary endpoint. 
In SPARTAN, a 50 mg dose is being evalu-
ated along with the other two larger doses 
to determine the minimum effective dose.

“CoLucid did a great job of trying to en-
rich the patient population within SAMU-
RAI to look for a [cardiovascular] signal and 

Bill Ratner
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determine could this drug ultimately be 
used in patients who have cardiovascular 
disease. Obviously, that will wait until we 
get the second readout and the labeling, 
but we’re excited to have seen the lack of 
cardiovascular events in SAMURAI,” Ratner 
said, adding that Lilly hopes SPARTAN will 
replicate the results of the first study.

The exec asserted that the placebo ef-
fect is “interesting” in the migraine space 
regardless of what molecule is being 
evaluated or whether the setting is acute 
therapy or prophylaxis. Migraine is a vari-
able condition in which not every head-
ache will respond to active therapy or to 
placebo, he noted, and some episodes will 
remit spontaneously.

“Placebo response is always high or 
higher than the response you see in many 
other disease states we look at, mostly 
because [migraine trials use] a patient-re-
ported outcome,” Ratner said. “Obviously, 
there’s no clinical test or blood test that 
you can do to measure migraine in any 
sort of objective way. … We do know that 
patient-reported outcomes usually have a 
higher degree of placebo response asso-
ciated with them.”

In terms of competing with generic 
triptans and over-the-counter remedies, 
Ratner said Lilly’s goal is to offer new thera-
peutic alternatives to patients who either 
don’t respond to or are unsatisfied with 
current therapies. He said this group com-
prises an estimated 20%-30% of the 36m 
migraine sufferers in the US.

“The other types of acute treatment in 
this space are things like opiates and bar-
biturates, which have their own challenges 
with abuse potential and a condition called 
medication-overuse headache,” the exec 
noted. “So, despite there being really good 
triptans out there that will continue to be 
the first line of therapy for many, many pa-

tients, there are many more who are not 
currently getting the relief they need due 
to a number of reasons, and lasmiditan 
hopefully will be a really good alternative 
for those patients.”

Analysts generally responded positively 
to the deal, saying the valuation seemed 
reasonable and that lasmiditan is a logical 
addition to Lilly’s pain portfolio. BMO Cap-
ital Markets analyst Alex Arfaei pointed 
out in a Jan. 18 note that lasmiditan will 
compete with cheaper generic and OTC 
products, but projected that the drug 
could yield “at least” $300m in annual rev-
enue for Lilly.

NO CHANGE IN DEAL-MAKING
One area of disagreement for analysts was 
whether the deal represents a departure 
for Lilly from its stated business develop-
ment strategy, which focuses on smaller, 
targeted deals and forgoes the larger 
M&A pursued by rivals such as Pfizer Inc. 
and Sanofi. “This is Lilly’s first major human 
health deal in years, perhaps indicative of 
a higher risk appetite from the new CEO,” 
Arfaei wrote.

By contrast, Vamil Divan of Credit Suisse 
said in his Jan. 18 take on the transaction 
that the deal “is consistent with Lilly’s strat-
egy of focusing on bolt-on deals in areas 
where they already have a presence.”

Ratner said Lilly has made no major 
change to its business development strat-
egy since CEO John Lechleiter stepped 
down last year and was succeeded by Da-
vid Ricks, promoted from the presidency of 
Lilly Bio-Medicines. 

“We understand that innovation hap-
pens outside of our walls as well and 
we’ll look for external opportunities to 
bolt-on or enhance our strategic priori-
ties,” Ratner said. “This fits that in a very 
meaningful way in that pain is an emerg-
ing therapeutic area for Lilly and this fits 
perfectly with our pain strategy of look-
ing for molecules that target chronic 
painful conditions like migraine.”

One remaining question is whether Lilly 
will seek to sew up all global rights to las-
miditan. CoLucid licensed South Korean 
and Southeast Asian rights to the drug to 
Ildong Pharmaceutical Co. Ltd. in 2013; 
Ratner said no decision has been made yet 
regarding whether to attempt to reacquire 
those rights.  

Published online 18 January 2017

‘We do know that 
patient-reported 
outcomes usually 
have a higher degree 
of placebo response 
associated with them’

UCB’s Cimzia A 
Late Entrant To 
Psoriasis Party
UCB has reported positive data from the 
final Phase III trial of its anti-TNF product 
Cimzia in plaque psoriasis, paving the way 
for approval applications later this year, but 
the product will have to elbow its way into 
a competitive market already under the 
shadow of a biosimilar threat. 

UCB SA and its partner Dermira Inc. 
now have positive data from the last of 
three Phase III trials necessary to file 
its pegylated anti-TNF product Cimzia 
(certolizumab) for use in moderate to 
severe plaque psoriasis in the US, EU 
and Canada, and are scheduling sub-
missions for the third quarter of 2017. 

The new top-line data from the CIM-
PACT study will be added to previously 
reported results from the CIMPASI-1 
and CIMPASI-2 trials to support its use 
in this disease. If successful, this could be 
the sixth US indication for the product.

Cimzia was launched in 2008 for 
Crohn’s disease and since then the 
product has taken the traditional ap-
proval path followed by other anti-TNF 
biologics by expanding its indications 
to include a range of autoimmune con-
ditions: adults with rheumatoid arthri-
tis, psoriatic arthritis and ankylosing 
spondylitis. An application for approval 
to treat juvenile arthritis also was filed 
in the US last year. 

The product has proved a blockbuster 
for UCB and instrumental in helping the 
company overcome the loss of patent 
protection for previous blockbusters – 
the antihistamine Zyrtec (cetirizine) and 
the epilepsy treatment Keppra (leveti-
racetam). But Cimzia’s value mainly lies 
in the rheumatoid arthritis indication, 
which accounts for the lion’s share of its 
sales and most of its future sales poten-
tial. Analysts at Credit Suisse predicted 
2016 sales of €901m in rheumatoid ar-
thritis, compared with €264m in Crohn’s 
and €99m in other indications.  

alex.shimmings@informa.com, 19 Jan 2017 

CLICK
Read full story at:  

http://bit.ly/2jIFOlR
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GSK Management Shake Up Ahead Of New CEO  
Sees Hussain Out, AZ’s Miels In
“Succession processes are challenging for everyone involved and, unfortunately, it is rare that all of those involved 
stay with the company,” stated GSK’s out-going CEO Andrew Witty, as Abbas Hussain decides to leave the company 
having lost out on the top job, which went to Emma Walmsley. His successor will be AstraZeneca’s Luke Miels.

SUKAINA VIRJI sukaina.virji@informa.com

GlaxoSmithKline PLC’s Abbas Hus-
sain, president of its global pharma-
ceuticals unit, will leave the com-

pany later this year. He will be replaced by 
Luke Miels, currently head of AstraZeneca 
PLC’s European business.

The news follows the appointment of 
Emma Walmsley as Andrew Witty’s succes-
sor. She takes over on April 1, 2017. 

Indian-born, UK-educated Hussain 
joined GSK in 2008 and has held roles of 
increasing responsibility within the com-
pany’s pharmaceutical business. He is a 
member of GSK’s executive team and a 
board member of ViiV Healthcare. Witty 
said he had been one of the industry’s 
“most talented and authentic leaders.”

WHAT NEXT FOR HUSSAIN?
There is no indication of what Hussain’s plans 
are when he leaves GSK. A number of signifi-
cant big pharma players have left their com-
panies to join small biotechs recently, but 
there are some tantalizing opportunities at 
rival organizations, such as Novartis AG. 

“Abbas was considered one of the front 
runners to replace Sir Andrew, so the tim-

ing of his departure is not particularly sur-
prising. As an established and successful 
pharma operator, he will undoubtedly 
appear on the leadership team of anoth-
er pharmaceutical company soon,” Brian 
McGee, a consultant with Novasecta told 
Scrip. “It is easy to speculate on the rea-
sons behind his departure, but I would 
imagine that he has strong views on how 

the pharma business at GSK should be 
run and that Emma Walmsley has a dif-
ferent perspective.”

The other leading internal figure that 
was touted for the CEO position was fi-
nance chief Simon Dingemans, but GSK 
has thus far managed to smooth any ruf-
fled feathers there. 

GSK of course must have known losing 
Hussain was a real possibility. In 2007/2008, 
the last time the company chose a new CEO, 

two of the three unsuccessful internal can-
didates for the job – David Stout and Chris-
topher Viehbacher – left within months of 
Andrew Witty being appointed. Viehbacher, 
of note, went on to head up French pharma 
giant Sanofi. When he was ousted from that 
company in 2014, he surfaced as the head 
of a $2bn healthcare investment fund set up 
by Swiss billionaire Ernesto Bertarelli.

ASTRAZENECA APPOINTMENT
Hussain’s replacement as head of global 
pharmaceuticals is Luke Miels, currently 
head of AstraZeneca’s European business 
and previously in charge of global product 
and portfolio strategy, global medical affairs 
and corporate affairs. He has also worked at 
Roche and Sanofi, but began his career as a 
sales rep for AstraZeneca in Australia.

One industry observer told Scrip: “Seems 
with this move to GSK, Luke Miels gets back 
essentially the global role he had at AstraZen-
eca before he was confined just to Europe – 
which with Brexit (the UK’s upcoming exit 
from the EU) probably looks less attractive.”

“The appointment of Luke Miels is very 
interesting,” noted Novasecta’s McGee. “He 
has a very strong product strategy and 
marketing background, and therefore is 
probably more aligned to the new GSK 
commercial model.”

Commenting on the appointment, GSK’s 
CEO designate Walmsley said: “We are now 
entering a critical period of commercializa-
tion for our new pharmaceutical products 
and, over the next two to three years, we have 
important data to come on our early-stage 
pipeline. Luke will bring a strong new voice 
to the decisions and choices we will have to 
make for our Pharmaceuticals business.”  

Published online 19 January 2017

Abbas Hussain Luke Miels

‘We are now entering a critical period of 
commercialization for our new pharmaceutical 
products and, over the next two to three years,  
we have important data to come on our  
early-stage pipeline’
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VENUS II Paves Way For 
Allergan’s Ulipristal NDA
Allergan PLC/Gedeon Richter Ltd. 
are on track for a planned NDA filing 
of oral ulipristal acetate for the treat-
ment of uterine fibroids in the second 
half of this year, after releasing posi-
tive Phase III data on Jan. 17. The part-
ners announced that the drug, given at 
two different doses (5 mg and 10 mg), 
met all co-primary and secondary end-
points in the Phase III VENUS II study 
that enrolled 432 pre-menopausal 
women. The drug also succeeded in the 
157-patient, Phase III VENUS I study 
in 2016. Ulipristal acetate is a selective 
progesterone receptor modulator that 
acts on the endometrium, uterine fi-
broids and the pituitary gland. Afaxys 
markets the active ingredient in the 
US at a 30 mg dose under the brand 
name Ella for emergency contracep-
tion. For moderate-to-severe symptoms 
of uterine fibroids, ulipristal acetate is 
marketed by Gedeon Richter as Esyma 
in Europe and as Fibristal by Allergan 
in Canada. Allergan is positioning uli-
pristal as potentially the first oral ther-
apy approved to treat uterine fibroids 
in the US and the company’s R&D head 
noted recently that the drug could help 
patients delay surgery.Treatments for 
uterine fibroids – before patients ad-
vance to surgery – include medications 
like injectable gonadotropin-releasing 
hormone (GnRH) agonists. AbbVie Inc. 
has an oral GnRH agonist called elago-
lix in Phase III for both endometrio-
sis and uterine fibroids. The company 
said during the J.P. Morgan Healthcare 
Conference this month that it expect-
ed to file elagolix in the third quarter 
for endometriosis and release Phase 
III uterine fibroid data in the fourth 
quarter. With two Phase III trials re-
ported, ulipristal clearly is in a much 
more advanced stage of development 
for the uterine fibroids indication. Fur-
thermore, Allergan and Gedeon Rich-
ter have data on the absence of uterine 
bleeding whereas AbbVie has reported 
only reductions in uterine bleeding for 
elagolix, Biomedtracker analyst David 
Dahan noted.
emily.hayes@informa.com, 17 Jan 2017

Shionogi Eyes 2017 US 
Cefiderocol Filing
Shionogi & Co. Ltd.’s novel antibiotic 
cefiderocol (S-649266) is on track for a 
US NDA submission for complicated 
urinary tract infections (cUTI) some-
time this year following promising top-
line results in a pivotal registrational 
study. The siderophore cephalosporin 
met its primary endpoint of non-infe-
riority to imipenem/cilastatin in the 
patients with serious Gram-negative 
bacterial cUTI, and was superior to 
the two existing drugs at test of cure. 
“We are very excited about the results,” 
Shionogi’s chief medical officer Dr. 
Tsutae Den Nagata said in a statement. 
“Unlike most studies, this cUTI study 
was designed to include patients that 
are more difficult to treat.” The inter-
national APEKs-cUTI trial enrolled 452 

hospitalized adult cUTI patients, both 
with and without acute uncomplicated 
pyelonephritis (limited to less than 30% 
of the total), who had a median dura-
tion of treatment of nine days. The 
study design also permitted the inclu-
sion of immunocompromised patients, 
including those with renal transplants. 
Switching to oral therapy was not per-
mitted. The primary efficacy composite 
endpoint of clinical cure and microbio-
logic eradication at test of cure (around 
seven days after end of treatment) was 
met in 72.6% of cefiderocol patients (2g 
iv every eight hours), versus 54.6% for 
those in the imipenem/cilastatin arm 
(high dose 1g/1g iv every eight hours) 
95% CI: 8.23, 28.92). The Shionogi 
drug was also relatively well tolerated, 
with adverse events occurring in 40% of 
patients, compared with 50% for imi-
penem/cilastatin, and serious adverse 
events in 4.7% and 8.1% respectively. 
ian.haydock@informa.com, 17 Jan 2017

Alcobra Ends Development Of MDX For 
Adult ADHD, Ponders Strategic Direction
Alcobra’s metadoxine extended-release (MDX) already was walking a tight-
rope as a potential new therapeutic approach for adult ADHD, but a Phase 
III clinical trial miss reported Jan. 17 is leading the Israeli biotech to shut-
ter that program and consider its strategic alternatives. Alcobra revealed 
only a week earlier that it would conduct a six-month Phase I safety study 
of MDX to seek answers to concerns raised by the US FDA when it placed 
the drug on clinical hold last September. However, initiation of that study, 
to be followed by a pair of Phase II trials in pediatric ADHD, was contin-
gent on Alcobra getting positive results from the Phase III MEASURE trial. 
Alcobra’s MDX, a 5HT2b antagonist, would have been a new mechanism 
of action for ADHD. Now, the cognitive disorder-focused firm is winding 
down its Phase III trial, considering ex-US development of MDX for the 
orphan indication Fragile X syndrome and weighing strategic alternatives 
that execs only vaguely referred to as “business development.” Alcobra 
CEO Yaron Daniely said during a Jan. 17 investor call that the MEASURE 
result made clear there is no reason to take the candidate forward in adult 
ADHD, even though the results were topline data for the primary endpoint 
– change from baseline compared to placebo of the investigator rating of 
the Conners’ Adult ADHD Rating Scale (CAARS) – and did not include 
data on secondary endpoints.MDX would have failed a prior Phase III 
study using the CAARS endpoint that reported out in October 2014, but 
the drug just scraped by in that study after excluding four patients with 
extreme placebo responses from the intent-to-treat population analysis.
joseph.haas@informa.com, 17 Jan 2017
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Pharma’s Pricing Debate Splinters As US Political 
Confrontation Looms
JESSICA MERRILL jessica.merrill@informa.com

Drug makers are embracing different strategies on the pricing is-
sue as the industry marches closer to a confrontation with Presi-
dent-Elect Trump over the cost of medicines.

As President-Elect Donald Trump’s rhetoric on high drug prices 
intensifies, industry is scrambling to build a strong defense 
to counter his attacks. While most biopharmaceutical com-

panies readily acknowledge problems within the US drug-pricing 
scheme, leaders are highlighting different issues.

The topic was front and center during the J.P. Morgan Healthcare 
conference Jan. 9-12 in San Francisco, but the debate appears to be 
fracturing as the discussion moves beyond industry’s long-held de-
fense that high prices are a fair reward for investment in the high-
risk field of drug development.

Trump, in an interview with the Washington Post published Jan. 
15, said he plans to force pharmaceutical manufacturers to negoti-
ate drug prices directly with the US government. Lower drug costs 
will be an important element of his plan to reduce US health care 
spending and provide insurance for every American, he said, al-
though he did not provide details.

The comments follow on a similar refrain from Trump’s first press 
conference as president-elect Jan. 11, when he characterized the 
pharmaceutical industry as “getting away with murder.” In the latest 
interview, Trump also said he would consider targeting individual 
companies on Twitter to put public pressure on them to lower 
prices – a strategy he has relied on to address jobs in other sectors.

Drug pricing was poised to be the single biggest commercial is-
sue facing the industry in 2017 even before Trump’s recent com-
ments. It was a central theme during the J.P. Morgan meeting, but 
drug makers appear to be taking different tactics to address the 
pricing issue rather than presenting a single straightforward mes-
sage to the public and legislators. Indeed, some industry leaders 
say that in a complex and highly differentiated business like phar-
maceuticals, a unified message isn’t practical or necessary.

But industry may have thought it would have more time to hone 
its message and show US legislators it could police egregious pric-
es and price hikes without government intervention. The fact that 
Hillary Clinton lost the election to Trump seemed to like a reprieve 
on the issue, at first, though industry understood it might still be a 
target of Trump’s populist rhetoric.

Now, Trump has signaled the pressure is most certainly on, but 
there still are plenty of questions that remain about the president-
elect’s plans when it comes to price controls and what might real-
istically change under the Republican-held Congress, since Repub-
licans have traditionally opposed price controls. Industry’s biggest 
concern – allowing the Department of Health & Human Services to 
negotiate drug prices directly with manufacturers on behalf of the 
Medicare Part D program – would require changes to the law that 
established Part D, and has been found to have little impact by the 
Congressional Budget Office. 

Even if actual legislation changes don’t come to pass, drug man-
ufacturers are going to want to have their talking points in order. 
After all, the best defense is a strong offense – and pharma may 
have already missed out on that opportunity.

THE BAD ACTORS
One strategy gaining ground is the singling out the “bad actors.” Call-
ing out industry players when they don’t act responsibly is a good 
way to raise awareness among the public that not all companies are 
the same. The problem is that there are very few drug companies 
that have created a public scandal of such large proportions that its 
own peers are willing to call them out. They are companies like Tur-
ing Pharmaceuticals AG and Valeant Pharmaceuticals International 
Inc., both now under new management, and Mylan NV.

Pfizer Inc. CEO Ian Read singled out Turing, Valeant and Mylan in 
comments on pricing at the World Economic Forum in Davos, Swit-
zerland, Jan. 18. “There are two pharmaceutical markets,” he said. 
“There’s an ethical market, where people do research and price re-
sponsibly. There’s another part of the pharmaceutical market that 
are generic, and they don’t do that.”

“Most of the problem for the reputation is coming from people 
who I don’t consider part of the ethical pharmaceutical industry,” 
Read added.

The role “bad actors” play in swaying public perception against 
industry was raised frequently at the J.P. Morgan meeting. In one 
instance, during a drug-pricing panel held as part of the confer-
ence, PhRMA CEO Stephen Ubl pointed out that none of the afore-
mentioned companies are members of PhRMA, singling them out 
from other pharmaceutical manufacturers that are part of the big 
pharma trade group.

Drug-pricing scandals like those created by Turing after it 
jacked up the price of the mature HIV medicine Daraprim (pyri-
methamine) or Mylan after it steadily raised prices on EpiPen cer-
tainly don’t help industry’s reputation problem. However, high-
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profile scandals like these aren’t so widespread that curbing them 
presents a broad opportunity for cost reduction either. 

THE ANNUAL PRICE INCREASE
Annual double-digit price increases (and what have even been bian-
nual increases) also seem to be fading as industry sharpens its focus. 
More companies at J.P. Morgan called out differences between the 
public’s and payers’ growing dissatisfaction with industry’s practice 
of steadily raising prices on mature medicines versus prices for new 
innovative medicines at launch.

Regeneron Pharmaceuticals Inc.’s Leonard Schleifer, for example, 
called out his peers for regular price increases and even criticized 
companies that have pledged to limit price increases to under 10%, 
but go on to raise prices by 9.9%.

“You hear a lot of people saying they have priced on value,” he 
said. “If that’s true, how come six months later they raise the price? 
One year later, they raise the price?”

“The value hasn’t changed, and we aren’t fooling anybody,” Schle-
ifer added. Regeneron hasn’t raised prices on any of its drugs, he 
said, though the biotech has a shorter history of marketing drugs 
than many large pharmas.

Allergan PLC CEO Brent Saunders has been among the leaders 
pledging to limit his company’s price increases to once a year and 
less than 10%, announcing a “social contract” with patients last year. 
AbbVie Inc. made a similar pledge at J.P. Morgan, agreeing to limit-
ing price increases to single digits once per year. 

Sanofi’s David Meeker, who has substantial experience market-
ing ultra-high-priced drugs for rare diseases as the head of the 
company’s Genzyme unit, agreed in an interview that annual price 
increases are part of the broader problem.

“The biggest thing people are struggling with is the unexplained 
year-on-year price increase, without a clear demonstration of how 
you are adding value,” Meeker said. “The overall setting of prices, 
with rare exceptions, I don’t think is as much of an issue.”

GlaxoSmithKline PLC US president of pharmaceuticals Jack Baily 
said the company’s price increases have been at the bottom half 
versus others in the industry. “That’s very intentional,” he said. “It 
would be really easy in tough years to creep toward the top.”

“Annual price increases might be justified in some instances; in 
some instances not at all,” added Purdue Pharma LP’s CEO Mark 
Timney. “You have to go back to: What is the innovation?”

Celgene Corp. CEO Mark Alles, in a media briefing, disagreed that 
the answer to industry’s pricing problems is in more pricing pledges 
like the ones Allergan and AbbVie have announced. Many of those 
proclamations have already been in play at Celgene, he insisted.

Plus, he said, agreeing to some kind of standard pricing practice 
across the industry could even be illegal. “What everyone wants 
is this agreed-upon approach. It’s illegal. Pricing can’t be fixed,” he 
said. “We cannot do as an industry what we are hearing people 
want to do. Every company needs to have a principled approach.”

THE TRANSPARENCY ISSUE
One challenge for pharma is the way prices are negotiated with 
payers, so that the publicly available wholesale acquisition cost is 
not the actual price paid for a drug. Rebates made by drug com-
panies to payers in exchange for good placement on formularies 
are shrouded in secrecy. The result is that while the system makes 

for good competitive bargaining against rivals, it leaves the public 
in the dark about how much drugs really cost, how much pharma 
companies benefit from price increases and where money is being 
taken out by the system.

As Read said at the World Economic Forum, “Patent-protected 
prices in the US went up 2.8%. What’s the problem?” But Read is 
talking about how much net drug prices increased.

There is a push for more pricing transparency by some in the 
industry. “We cannot talk about one side of this without a compre-
hensive discussion that includes transparency across [pharmacy 
benefit managers], insurers, innovators,” Celgene’s Alles said. “Com-
prehensive transparency means [looking at] why every aspect of 
delivering a medicine to a patient adds cost,” he added.

Novartis AG CEO Joseph Jimenez also advocated in favor of more 
transparency during the J.P. Morgan drug-pricing panel discussion. “If 
we can begin to quantify the impact of the medicines we are bringing 
to market and then be quite transparent about what Novartis is taking 
… I think we can diffuse quite a bit of criticism,” he said. “Part of it is 
people don’t understand how we price and how we get to the value.”

OUTCOMES-BASED REIMBURSEMENT 
Of all the strategies, outcomes-based reimbursement schemes pres-
ent the best opportunity for drug makers to tie the cost of a medi-
cine to the value it delivers. While there is growing interest among 
industry and payers in developing outcomes-based contracts, the 
process is complex and confounded by issues around defining a 
value endpoint to measure and a system to collect data. 

“The challenge is that the system is clearly trying to move off this 
volume-net price to a value-outcomes, and that is really where ev-
erything from the innovation you pursue, the evidence you bring 
to bear with it and how you engage the market is going to be really 
important,” said GSK’s Baily. 

Novartis’s Jimenez, who has experience developing outcomes-
based contracts for the company’s heart failure medicine Entresto, 
agreed. Even if there is not a direct contract in play, industry could 
do a better job explaining the medical value of drugs, the societal 
value of drugs and how that informs pricing decisions, he said.

Amgen Inc.’s Robert Bradway told investors that they should ex-
pect the company to move increasingly toward value-based reim-
bursement. “We will be looking to enter into contracts that give us 
the opportunity to put our money where our mouth is with regard 
to our products,” he said during the breakout session following Am-
gen’s J.P. Morgan presentation. And, he said the company will be 
“judicious” when it comes to price increases this year.

Perhaps the best strategy for pharma will be the one that ties in 
multiple elements as the industry moves forward under the watchful 
eye of a new administration.         Published online 18 January 2017

‘The biggest thing people are struggling 
with is the unexplained year-on-year price 
increase, without a clear demonstration of 
how you are adding value’
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Pharma’s Latest Davos Pledge:  
Sincere, Or Just Keeping Up Appearances?
Many hope the “dialogue of the deaf” between pharma and other healthcare stakeholders can be truly bridged by the 
industry’s latest Davos declaration to collaborate in targeting chronic diseases of the poor. 
STEN STOVALL sten.stovall@informa.com

One year after promising to col-
lectively combat antimicrobial 
resistance, global drug makers 

have again used the stage of the World 
Economic Forum in Davos, Switzerland, 
to launch a coordinated action, this time 
pledging $50m over three years to fight 
cancer and other non-communicable dis-
eases in poor countries. 

LATEST DAVOS DECLARATION
Twenty-two companies, including Pfizer 
Inc., GlaxoSmithKline PLC, Novartis AG, 
Roche, Sanofi, Merck & Co. Inc., UCB SA and 
Eisai Co. Ltd. announced Jan. 18 that they 
would contribute money and expertise to 
the project, which is backed by the World 
Bank and the Union for International Can-
cer Control. 

Dubbed the Access Accelerated initiative, 
it is a new coalition to address the burden 
of non-communicable diseases in low and 
lower-middle income countries. Accord-
ing to the World Health Organization, more 
than 75% of non-communicable disease-re-
lated deaths – of which there are 38 million 
every year – occur in low- and middle-in-
come countries, where patients face finan-
cial, regulatory and service delivery barriers. 

DAVOS DÉJÀ VU?
It comes when Pharma’s image and business 
strategies are under increasing criticism – and 
a year nearly to the day since Big Pharma 
made a high profile declaration to help fight 
antimicrobial resistance – while also calling 
on governments to provide financial support 
for drug development and a pricing model 
that would tie the cost of antibiotics to the 
benefits they provide. That Davos declaration 
by more than 80 companies included a broad 
list of commitments to reduce drug resis-
tance, increase investments in R&D, and sup-
port collaborations with public researchers.

The industry’s sincerity behind that 
2016 Davos declaration has been se-
verely questioned, however, not least af-
ter publication of the high-profile O’Neill 

Review conclusions last year on how to 
tackle antimicrobial resistance.

ANGRY AMR DIALOGUES
Pharma last May slammed the O’Neill AMR 
Review’s proposal that drug makers should 
pay for a big part of the bill for tackling antimi-
crobial resistance – warning that the notion 
could delay a solution, and illustrating how 
difficult it might be to forge the collective 
worldwide response that the report calls for. 

Jim O’Neill who headed the UK-spon-
sored AMR review told Scrip recently that 
it is in Pharma’s best interests to “cooper-
ate and come up with the goods” to solve 
the AMR crisis. He said 2017 would be cru-
cial for determining whether momentum 
built by his review on tackling antimicro-
bial resistance can be maintained and ul-
timately expanded into a global project – 
and he stressed that the globalized drugs 
industry needs to play ball and help find 
a solution to antimicrobial resistance, or 
else risk getting blamed for its failure and 
the resulting world health crisis.  

NEW PLEDGE REFLECTS  
BIG CHANGE
In the past, the focus of healthcare in poorer 
parts of the world has been on fighting in-
fectious diseases, But the healthcare burden 
is shifting as deaths from these conditions 
fall and people in increasingly urbanized 
populations die from diseases such as can-
cer, diabetes, and heart and lung disorders, 
in part fueled by Western lifestyles.

In their latest promise to establish the 
Access Accelerated initiative, pharma com-
panies pledged to commit their resources 
and expertise towards reducing premature 
deaths from non-communicable diseases 
by one-third by 2030. It’s an ambitious 
goal. The risk of many non-communicable 
diseases rises with age. As populations in 
low and lower-middle income countries 
get older, the burden of many diseases 
will grow. At the same time, unhealthy 
lifestyles and under-resourced health sys-

tems threaten to exacerbate the problem. 
The initiative comes just days after an OECD 
report that slammed the drugs industry’s 
business behavior, accusing it of effective 
price gorging and saying that specialty 
medicines for which pharma by demanding 
increasingly higher prices are undermining 
wealthy nations’ health budgets. 

SO MATCH ACTION TO NEEDS
But while there have been improvements 
in access of medicines to low- and mid-
dle-income countries, much more needs 
to be done. 

That was the conclusion of a report pub-
lished in Nov. 2016 by the Access to Medicine 
Foundation, a Dutch non-profit organization 
whose aim is to advance access to medicine 
in low- and middle-income countries by 
stimulating and guiding the pharmaceutical 
industry to play a greater role in improving 
access to medicine. It noted that there have 
recently been moderate improvements in 
the pharmaceutical industry’s efforts to im-
prove access to medicine, “especially when 
it comes to refining the way access activities 
are organized, development of relevant prod-
ucts, waiving of patent rights in the poorest 
countries, and granting manufacturers licens-
es to make generic versions of their products.”

But some areas are static, it added. 
For example, it said there has been no 
progress in a key measure of affordability 
– the proportion of products covered by 
pricing schemes that take into account the 
ability to pay.

The Netherlands-based foundation noted 
that, when products gain marketing approv-
al, “it means ensuring products are registered 
where they are needed, and then consider-
ing affordability for different people in differ-
ent countries when setting prices.”

“It also means targeting locally identified 
priorities when strengthening health sys-
tems in low- and middle-income countries. 
Across these areas, the analysis reveals un-
even performance.”  

Published online 18 January 2017
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Pharma VCs Invest In  
Smart Imaging
Swedish-based, digital health company 
AMRA has secured $9m via a funding 
round co-led by Pfizer Venture Invest-
ments (Pfizer Inc.’s investment arm) 
and leading Nordic venture capitalist 
Novo Seeds (a Novo Nordisk Foun-
dation business) – highlighting big 
pharma’s interest in body composition 
imaging technology. Industrifonden, 
another Nordic VC, and current AMRA 
investor, also participated in the round. 
AMRA, founded in 2010, is developing 
smart MR imaging solutions linked to 
a cloud computing service for precise 
body composition measurements. The 
company wants to use its technology to 
provide the knowledge to predict and 
prevent disease – with a focus on obesity 
and metabolic diseases. Its technology, 
AMRA Profiler, collects data via a six-
minute MRI scan and provides precise 
body composition measurements com-
pared with normative values. The tech-
nology analyses visceral adipose tissue 
(VAT), abdominal subcutaneous adipose 
tissue (ASAT), and thigh muscle volume. 
lucie.ellis@informa.com, 17 Jan 2017 

CEPI Global Vaccines Launch 
May Augur Creation Of 
Credible Davos Deal 
If in five years’ time the newly launched 
CEPI coalition successfully produces 
DNA and RNA-based vaccines for use 
against future epidemics, then the high-
profile Davos forum will really have 
something to crow about. Bill Gates 
and other founders of the Coalition for 
Epidemic Preparedness Innovations used 
this year’s World Economic Forum in Da-
vos to announce CEPI’s launch – one year 
after the idea was first floated there – to 
provide a bridge between companies and 
other stakeholders to fund early stage hu-
man trials of vaccines that have little com-
mercial market but could have a major 
impact on global health. CEPI’s founders 
have established the coalition with initial 
funding of $460m from the governments 
of Germany, Japan and Norway, the Bill 

& Melinda Gates Foundation and the 
Wellcome Trust global health char-
ity.  Gates made the rounds at Davos on 
Jan. 19 speaking widely to media outlets 
about the CEPI initiative – which will use 
DNA and RNA-based vaccines. In March 
2015 the Bill & Melinda Gates Founda-
tion made its largest-ever equity invest-
ment in a biotechnology company when 
it committed $52m to the continued de-
velopment of Tubingen, Germany-based 
CureVac AG which specializes in the de-
velopment of these vaccines. 
sten.stovall@informa.com, 19 Jan 2017 

Cipla 2.0: ‘Disproportionate’ 
US Growth
Cipla Ltd., which has in the past ad-
mitted its smaller presence in the US 
compared with some Indian peers may 
be weighing down its earnings, expects 
to take its North American business 
to a “meaningful scale” from its cur-

rent level of 18% of revenues. Some of 
the core components of the US busi-
ness build-up plan include keeping the 
product filing momentum going – Cip-
la is targeting over 20 ANDAs annually 
– and taking a greater share of limited 
competition launches, details in a pres-
entation by Cipla’s executive vice chair 
Samina Vaziralli at the recently con-
cluded J.P. Morgan Healthcare Confer-
ence showed. Vaziralli is part of Cipla’s 
founding family and daughter of M K 
Hamied, who is the brother of Cipla’s 
chair Dr Yusuf Hamied. Vaziralli’s pres-
entation referred to a strategic thrust 
to “disproportionately” grow the firm’s 
US business towards a $1bn generic 
enterprise, backed by the ANDA filing 
momentum. The Mumbai-head-quar-
tered firm made 12 filings in the US in 
the first half of 2016-17, including the 
technologically complex nano-paclitax-
el; a filing for albuterol metered dose 
inhaler was made in the third quarter. 
anju.ghangurde@informa.com, 17 Jan 2017

Takeda/Ovid Targets Severe Epilepsies
Takeda Pharmaceutical Co. Ltd. is not being distracted from pursuing 
smaller specialized deals despite its planned $5.2bn acquisition of US on-
cology firm Ariad Pharmaceuticals Inc., this time linking up with a small 
US company to address serious forms of childhood epilepsy. A new alli-
ance with privately held Ovid Therapeutics Inc. for the global development 
and commercialization of a novel Takeda molecule seems to fall squarely 
into the major Japanese firm’s stated strategy of seeking external partners 
to progress its pipeline. The subject of the partnership, TAK-935, is a high-
ly selective cholesterol 24-hydroxylase (CH24H) inhibitor that has already 
completed four Phase I studies, and which the new partners plan to take 
into a Phase Ib/IIa program sometime this year. The initial target indica-
tions are rare and often genetic mutation-linked epileptic encephalopa-
thies including Dravet syndrome, Lennox-Gastaut syndrome, and tuber-
ous sclerosis complex, which mainly present during infancy and can cause 
sometimes life-threatening complications. As part of the partnership, 
Takeda has taken an undisclosed equity stake in New York-based Ovid, 
from which it may become eligible for milestone payments depending on 
the progress with TAK-935. All development and commercialization costs, 
as well as post-launch profits, will be shared equally. Takeda will lead com-
mercialization activities in Japan and holds an option to do the same in 
Asia and other selected markets, while Ovid will lead both the development 
and commercialization of TAK-935 in North America, Europe and Israel. 
The two firms will set up a joint project management team and may jointly 
pursue additional orphan indications in CNS. 
ian.haydock@informa.com, 19 Jan 2017
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Pharma’s Middlemen Get Fatter:  
PBM, Health Plan Rebates Near $58bn
Negotiated health plan and PBM rebates and fees have nearly doubled since 2013, a PhRMA-commissioned report 
finds. After other rebates and discounts are added in, manufacturers retained 63% of total gross spending on branded 
drugs (based on list prices) – a decline, albeit less dramatic, from 2013.

JOSEPH HAAS joseph.haas@informa.com

More than one-third of the list 
price of a brand drug goes to 
other stakeholders in the sup-

ply chain – pharmacy benefit managers, 
health plans, government agencies and 
others – in the form of rebates and other 
fees, according to a report by the Berkeley 
Research Group.

All in all, the factors that erode the pro-
portion of list price realized by drug mak-
ers includes statutory rebates, fees and 
discounts in government programs such 
as Medicaid and Medicare Part D, prices ne-
gotiated with private-sector payers, patient 

cost-sharing assistance, and the impact of 
supply chain entities, such as pharmacy/
provider margin and wholesaler margin. 
The report notes that these increased in 
the aggregate each year between 2013 
and 2015 (see chart), with some, such as 
PBM and health plan fees, increasing par-
ticularly dramatically.

And while the total net amount in dol-
lars received by manufactures have in-
creased over the years of the study, the 
amount as a percentage of gross expen-
ditures has declined.

Commissioned by the Pharmaceutical 
Research and Manufacturers of America 
and issued Jan. 18, the report supports a 
message industry has been trying to get 
across to policymakers and the public: 
that a significant portion of the gains from 

high drug prices and price increases is con-
sumed by parties other than manufactur-
ers. Industry negotiates rebates with payers 
to secure a good position on formularies, 
but the practice leaves physicians and pa-
tients in the dark about the actual cost of 
a medicine. While the message has been 
reiterated frequently, there have been little 
in the way of detailed numbers previously 
available to underpin it.

Manufacturers net only 39% of initial 
gross drug expenditures, defined as the 
sum of payments for prescription drugs 
made by patients and their health plans 
at the point of sale prior to any rebate, dis-
count or fee provided by the drug maker, 
according to the report, “The Pharmaceuti-
cal Supply Chain: Gross Drug Expenditures 
Realized By Stakeholders.“ Of the remain-
der, 42% goes to non-manufacturer enti-
ties, the report says, with 22% going to par-
ticipants in the supply chain, such as PBMs, 
and 20% comprising retrospective rebates, 
discounts and fees.

The new research suggests retrospective 
rebates and discounts, which reduce the fi-
nal net spending for payers and the overall 
health care system, are not adequately un-
derstood in the debate around drug pric-
ing. “Pharmaceutical spending estimates 
that omit rebates and discounts do not 
fully reflect the underlying competitive dy-
namics of the pharmaceutical sector and 
provide a misleading impression of drug 
spending,” it states.

Underscoring the political and public 
image issues in play, PhRMA President and 
CEO Stephen Ubl, in a release announcing 
the report, asked, “Are we doing enough to 
ensure the growing amount of rebates and 
discounts flow to the patient?” BRG notes 
that the rebates used to secure formu-
lary placement “benefit patients indirectly 
through lower premium payments, the dis-
counts themselves do not directly reduce 
the amount patients must pay to meet a 
deductible and do not always reduce their 
required co-insurance and co-payments at 
the point-of-sale.”

Pricing issues took center stage at the 
recent J.P. Morgan Healthcare Conference, 
which coincided with new comments 
from President-elect Donald Trump about 
pushing drug companies to negotiate with 
the government on drug prices.  

Although the report brings some defin-
itive numbers to the debate, the issue is 
not new. In April 2016, a Bain & Co. report 
revealed that rebates as a percentage of 
US prescription drug sales had increased 
by 14 percentage points over the seven-
year period from 2007-2014. Rebates ac-
counted for 19% of gross US pharma sales 
in 2007, the report found, but increased to 
33% in 2014. 

Further, a report issued by IMS Health 
that same month demonstrated that dis-
counts and rebates largely offset price in-
creases to brand name drugs. The research 
estimated that such concessions offset 
price increases by 77%-81% in 2015 and 
that while list prices rose 12.4% that year, 
net prices increased only 2.8% on average. 

In a note overviewing last April’s IMS re-
port, Bernstein analyst Tim Anderson sug-
gested that if the trends outlined within 
continued “net US drug pricing might 
accordingly slip into negative [year-over-
year] territory, mirroring the gradual price 
erosion that occurs in almost all other de-
veloped countries outside of the US.”  

Published online 19 January 2017

‘Pharmaceutical spending 
estimates that omit rebates 
and discounts do not fully 
reflect the underlying 
competitive dynamics’
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Settlement Offers Some 
Salve For BMS’ PD1 Wounds
There’s no question that Bristol-Myers 
Squibb Co.’s lead in the PD-1 race is 
being chipped away by Merck & Co. 
Inc., but the blow will be softened by a 
$625m payment to Bristol and global 
PD-1 partner Ono Pharmaceutical Co. 
Ltd. as well as ongoing royalties from 
Merck’s Keytruda sales. The firms an-
nounced Jan. 20 that all global patent 
infringement litigation against Mer-
ck’s Keytruda (pembrolizumab) would 
be dismissed with prejudice. The glob-
al patent license agreement with Merck 
entails an initial payment of $625m to 
Bristol and Ono, who discovered and 
developed Opdivo (nivolumab) under 
a 2005 collaboration signed by the Jap-
anese firm and Medarex Inc. (acquired 
by Bristol in 2009). “Merck is also ob-
ligated to pay ongoing royalties on 
global sales of Keytruda of 6.5% from 
Jan. 1, 2017 through Dec. 31, 2023 
and 2.5% from Jan. 1, 2024 through 
Dec. 31, 2026,” Bristol and Ono an-
nounced; the firms will split the royal-
ties 75%/25%, respectively. Opdivo was 
the first PD-1 immune checkpoint in-
hibitor cleared globally, with Ono’s ap-
proval in Japan in July 2014. Keytruda 
was the first anti-PD-1 cleared in the 
US, with approval in September 2014 
for metastatic melanoma, but Opdivo 
was approved for the same indication 
in December 2014 and nabbed the first 
approval in the all-important non-
small cell lung cancer (NSCLC) market 
in March 2015. But while Bristol built 
a strong lead for its Opdivo franchise 
– more than $500m in sales ahead of 
Merck as of the third quarter of 2016 
– developments in the last few months 
have changed the long-term outlook.
maryjo.laffler@informa.com, 20 Jan 2017 

FTC Settlement Seems A Blip 
For Acthar Blockbuster
Mallinckrodt PLC will pay a $100m fine 
to resolve a Federal Trade Commission 
(FTC) investigation into alleged anti-
competitive activities related to a treat-

ment for infantile spasms, but it still 
could be years before the company’s 
H.P. Acthar Gel (repository corticotro-
pin injection) monopoly ends. It also 
agreed to issue an exclusive US license 
to Marathon Pharmaceuticals LLC to 
develop a potential competitor product, 
Synacthen Depot, for two indications: 
infantile spasms (IS) and nephrotic syn-
drome (NS). But Mallinckrodt pointed 
out two factors protecting its own 
product – the challenges of developing 
products for these high-risk conditions 
and the number of other indications for 
which Acthar is marketed or planned for 
development. UK-based Mallinckrodt 
didn’t create the controversy surround-
ing its top-selling drug, but the company 
has profited from its status as the only 
marketer of Acthar or similar products 

since buying Questcor Pharmaceuticals 
Inc. in 2014. The $100m FTC settlement 
resolves the commission’s investigation 
into Questcor’s 2013 purchase of the 
synthetic adrenocorticotropic hormone 
(ACTH) product Synacthen Depot from 
Novartis AG – an acquisition that alleg-
edly was meant to block Acthar compet-
itors in the US. FTC alleged in a Jan. 18 
statement and prior legal complaint that 
Questcor illegally acquired US rights to 
Synacthen Depot to prevent any other 
company from developing a synthetic 
ACTH drug, which preserved Questcor’s 
Acthar monopoly and allowed the com-
pany and its acquirer Mallinckrodt to 
maintain “extremely high prices” for the 
drug. In reaching the settlement, Mall-
inckrodt denied any wrongdoing.
mandy.jackson@informa.com, 19 Jan 2017

Daiichi Seeks To Stall Singh Asset Sales 
In Ranbaxy Compensation Battle
An Indian court has agreed to hear Daiichi Sankyo Co. Ltd.’s plea to block 
any sale of shares in the Fortis Hospital chain owned by the Singh brothers, 
former owners of Ranbaxy Laboratories Ltd., who are fighting a Singapore ar-
bitration order to pay the Japanese company hundreds of millions of dollars 
in compensation. The case, being fought in the Delhi High Court, stems from 
Daiichi’s disastrous 2008 purchase of India’s then largest generic drugs firm 
Ranbaxy for $4.6bn. Daiichi, which paid a 53.5% share price premium, was 
keen at the time for a piece of the fast-growing global generic drugs market. 
But its investment soured when a whistle blower revealed test data fraud that 
led to Ranbaxy pleading guilty to US felony charges. Ranbaxy paid a $500m 
settlement and its new parent Daiichi ended up taking a $3.7bn write-down. 
Daiichi finally sold Ranbaxy in 2015 for just $3.2bn, plus the assumption of 
$800m in debt, to India’s Sun Pharmaceutical Industries Ltd., which is still 
struggling to put the firm on its feet. Meanwhile, Malvinder Singh and his 
younger brother Shivinder, nattily dressed siblings who often sport identical 
suits and turbans, went on to build their own healthcare and financial services 
empire with the $2.4bn proceeds from the sale of their 34.82% stake in Ran-
baxy, which they inherited from their father who died in 1999. Ranbaxy was 
first set up by their grandfather Bhai Mohan Singh and built into an interna-
tional generic powerhouse by their father, Parvinder Singh, who was known as 
a shrewd businessman skilled at buying brands from rivals at bargain prices 
Since the sale of Ranbaxy to Sun, Daiichi has been struggling to get compensa-
tion for its money-losing acquisition, which had been its biggest-ever foreign 
purchase. In a Singapore arbitration court, it alleged the Ranbaxy sellers had 
“concealed and misrepresented critical information” about US probes into the 
company. The Singh brothers rejected the allegations and said the Japanese 
firm was merely seeking to “divert attention away from its own failures.” 
Penelope MacRae, 17 Jan 2017
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Pricing Delusions Of Blockbuster Proportions
Sales expectations for the products of companies like Acadia, BTG, Keryx and probably Sarepta remain too high, 
despite the bursting of the last biotech bubble. Aggressive price increases have traditionally been one way to inch 
closer to those expectations but that door has closed.

ANDY SMITH

Both generalist and specialist investors are attracted to the bio-
pharmaceutical sector by tales of products that can achieve 
hundreds of millions or even billions of dollars in annual sales. 

The key dependency in that momentous climb is the first regulatory 
approval – usually by the FDA – and an increasing number of FDA 
approvals seem to attract investors and result in a rally for the whole 
sector. The six year run-up to the summer 2015 zenith in biotech val-
uations was aided by the increasing number of new drug approvals 
as a surrogate for significant future sales. More than a year after the 
recent peak it is becoming obvious with each earnings season that 
the link between approvals and blockbusters is weak.

Unlike some other closely-watched emerging commercial sto-
ries, Acadia Pharmaceuticals Inc. did not use the recent JP Morgan 
Healthcare Conference to pre-announce the sales in its second full 
quarter on the market for its product Nuplazid (pimavanserin) for 
Parkinson’s disease-associated psychosis. While Nuplazid had an 
embarrassingly low $5.3m in sales in its first quarter, Acadia took 
to using metrics other than sales to avoid the hint that Nuplazid 
will always be a small product. The expansion of its sales force 
from 133 to 155 was announced while the analysts from JP Mor-
gan noted that “payer reaction has been in line with the company’s 
expectations” and there had been “a strong reaction from patients 
and doctors.” All of those observations could also be interpreted as 
negatives. The great white hope for Acadia if Nuplazid continues to 
be a commercial challenge is its investigational use in Alzheimer’s 
disease-associated psychosis, but the use of the word “positive” to 
describe the Phase II study that demonstrated the placebo outper-
forming the active arm over 12 weeks may itself have been a psy-
chotic symptom.

If Acadia needed a demonstration of where unrealistic expecta-
tions and unvalidated sales surrogates can lead, it need only look 
across the Atlantic to BTG PLC and the decades-long development of 
its commercially challenged product Varithena (polidocanol foam) for 
the treatment of varicose veins. After its approval in November 2013 

the CEO promised annual Varithena sales of $500m and BTG would 
talk about the number of cosmetic surgeons trained to use Varithena 
before eventually disclosing annual sales that have not risen above 
£1m. Indeed in their recent research on BTG, the analysts from JP 
Morgan trimmed their forecasts on an “even more cautious view on 
Varithena and PneumRx launch progress,” although still talking about 
a Varithena launch 38 months after the event is probably now moot.

Back in the soon-to-be-great-again America, Sarepta Therapeutics 
Inc.’s recently announced launch metrics on its controversial drug 
Exondys 51 (eteplirsen) for the treatment of Duchenne muscular dys-
trophy – unlike BTG and Acadia – included sales in addition to never 
before heard of metrics.

Patients in the queue, start forms and genetically identified patient 
start forms might prove interesting to some investors, but the $5.4m 
in launch quarter sales reported by Sarepta – like Acadia’s $5.3m 
launch quarter sales – would have been regarded as a significant 
embarrassment when I managed a pharmaceutical product launch, 
even for a product that had a list price of about $10 rather than  
Exondys’ $300,000.

Even when embarrassingly low sales numbers are included with 
opaque surrogate launch metrics, there still seems to be a reticence 
to accept tiny sales as an indictment of the product. Keryx Biophar-
maceuticals Inc. – like Sarepta – preannounced sales for its recently 
relaunched small molecule Auryxia (ferric citrate) for hyperphospha-
temia. Auryxia’s launch quarter sales back in 2014 were $5.6m before 
a supply interruption in September 2016. The analysts at Citigroup 
pronounced themselves surprised at the $8.2m fourth-quarter sales 
figure preannounced by Keryx, which included $2.7m in channel re-
stocking. Keryx’s supporting metrics of total prescriptions, increasing 
sales force numbers and positive reimbursement negotiations failed 
to convince me of a viable business model for a company with a 
$150m annual loss.

For investors looking to base their decisions on the blockbuster 
potential of new drugs, feedback from a few physicians, the potential 
coverage by insurers or the recruitment of a bigger sales force when 
sales are embarrassingly low is not just flogging a dead horse, but 
more like taking a sledgehammer to one of Damien Hirst’s exhibits.

Many of the drugs launched by biotech companies in support of 
their IPOs during the inflation of the last biotech bubble look likely to 
reward their owners with tiny sales volumes and a permanent loss-
making status. The traditional remedy for such a situation would be 
a restricted and opaque distribution network and egregious price 
increases. How has that worked out?  

Andy Smith gives an investor’s view on life science companies. He has 
been lead fund manager for four life science–specific funds, including 
3i Bioscience, International Biotechnology and the AXA Framlington 
Biotech Fund, and was awarded the techMark Technology Fund Man-
ager of the year for 2007.
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EpiPen Competitor Auvi-Q Relaunching With Copay: $0
EMILY HAYES emily.hayes@informa.com

Under kaléo’s new access program, 
patients with insurance will have no 
co-pay and uninsured people with less 
than $100,000 income will get the prod-
uct for free.

Hopefully the date won’t be lost on 
the marketing department – kaléo 
Inc. plans to roll out its Auvi-Q epi-

nephrine auto-injector for allergic reactions 
in the US on Feb. 14, and will be showing 
some Valentine’s Day love in the form of 
competitive pricing and a generous patient 
assistance program.

The launch is likely to get a fair amount of 
attention, not because of excitement about 
the product per se, but because of anger 
at what many see as the excessive price in-
creases taken by Mylan NV for EpiPen emer-
gency injector, whose list price reached 
$600 in 2016.  

Auvi-Q’s cash price will be $360, and kaléo 
will make the product available with no co-

pay to people with health insurance as part 
of its “AffordAbility” assistance program. Fur-
thermore, the product will be free to unin-
sured people with a household income less 
than $100,000.

After Mylan came under fire for EpiPen 
pricing, the company launched an au-
thorized generic and offered a patient 
assistance program and coupon card for 
copays worth up to $100, which some 
lawmakers saw as insufficient. In addi-
tion to the pricing spectacle, the return 

of Auvi-Q involves some manufacturing 
drama as well. The product was originally 
partnered with Sanofi, but the French 
pharma voluntarily withdrew it from the 
market in October 2015 after reports of 
severe device malfunctions and returned 
its rights to kaléo.

With its zero-dollar copay, kaléo is almost 
daring insurers not to cover its product. 
Payers generally dislike heavy copay assis-
tance, because they feel it undermines their 
power to set formularies, but the EpiPen 
controversy has highlighted how many 
emerging trends in drug purchasing and 
insurance design have pushed a lot of the 
cost of drugs onto patients 

Auvi-Q’s pricing seems a deliberate push 
against that massive rebate, high-deduct-
ible structure, and whether it succeeds 
might have repercussions for the industry 
– but will certainly have a big impact on 
kaléo’s bottom line.  

Published online 20 January 2017
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Community Partnership
of the Year Award

Winner: GlaxoSmithKline’s Newborn
 Survival Project

“Even today, millions of people do not have access to basic healthcare. We want to change 
this and our CSR initiatives play an important role. Our CSR efforts are in line with our 
mission to help people do more, feel better and live longer and we will achieve this by 
putting people at the heart of everything we do.”

A. Vaidheesh, GSK’s Vice President, South Asia
& Managing Director India

India has the highest newborn death rate in the world, 
accounting for 27% fatalities within the first 28 days of 
birth, mostly from treatable conditions. GSK’s CSR project 
works with community volunteers to improve the 
continuum of care for newborns and is estimated to save 
6,000 lives each year.

Sponsored by

Auvi-Q was originally 
partnered with Sanofi, 
but it voluntarily 
withdrew the product 
from the market
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Novartis’s Evolving R&D: An Interview With  
CMO Narasimhan
Novartis is under pressure to deliver new drugs in areas like oncology, cardiovascular disease and dermatology, where 
it is making significant investments. Chief Medical Officer Vasant Narasimhan talked about the company’s strategy in 
these areas and others, the company’s recent R&D reorganization and business development in an interview during 
the J.P. Morgan Healthcare Conference.

JESSICA MERRILL jessica.merrill@informa.com 

Novartis AG is under pressure in on-
cology after the loss of revenue from 
the blockbuster Gleevec (imatinib) 

to generic competition and to deliver new 
drugs in other high priority areas like car-
diovascular disease, dermatology and neu-
rology. In immuno-oncology, in particular, 
Novartis has fallen behind some of its rivals. 

The company recently reorganized its 
R&D unit, including the oncology research 
group. The changes resulted in some high-
profile executive departures, including the 
head of its oncology unit Allessandro Riva, 
who Gilead Sciences Inc. announced Jan. 3 
will head the firm’s oncology and hematol-
ogy therapeutic area.

Global head of drug development and 
chief medical officer Vasant Narasimhan 
talked in a Jan. 11 interview during the J.P. 
Morgan Healthcare Conference about the 
reorganization, the company’s R&D strate-
gies in key therapeutic areas and plans for 
business development, which he said are 
focused mainly on early-stage, bolt-on deals, 
given high valuations for late-stage assets. 

ONCOLOGY REORGANIZATION
The reorganization in oncology has been 
part of a broader company-wide initiative 
to better integrate R&D and reduce duplica-
tion, Narasimhan said. The initiative is about 
driving operational efficiencies to bring 

down the cost of drug development and in-
corporate new technologies across Novartis. 

“We’ve integrated all of that into a single 
drug development organization that’s re-
ally focused on managing our portfolio of 
products in an integrated way,” he said. 

It was a time for change in oncology, Nar-
asimhan added. “We had a great set of lead-
ers, but many of those leaders were in place 
for a long time,” he said. “It’s a natural thing to 
turnover leadership and bring in new fresh 
ideas, and that’s part of the rejuvenation of 
a company of our size.” Novartis is still evalu-
ating candidates to oversee oncology R&D, 
both internal and external, and expects to 
finalize a replacement in the first quarter. 

INTEGRATING CELL THERAPY
Last year, Novartis announced it would 
disband its dedicated cell and gene 
therapy unit, the one developing chime-
ric antigen receptor T-cell (CAR-T) thera-
pies, and integrate the programs into 
the broader R&D organization. Investors 
and analysts wondered if the decision 
indicated Novartis was deprioritizing the 
area of research, given some ongoing 
safety and manufacturing concerns for 
the CAR-T field. 

But Narasimhan insisted the decision 
was all part of the natural progression 
of the technology and that Novartis re-
mains on track to file the lead program 

CTL019 for the treatment of pediatric 
acute lymphoblastic leukemia (ALL) in 
the first quarter. 

“In a big company like ours, we take an 
innovation idea, we incubate it in an in-
dependent group and then at the right 
moment, when it starts to become more 
mature, we bring it into our broader orga-
nization. All of the components of cell and 
gene therapy map very well to our devel-
opment organization,” he said. 

The pipeline behind CTL019 in collabo-
ration with the University of Pennsylvania 
continues to develop, Narasimhan said.  

CAR-T LONG-TERM
On how the CAR-T technology might devel-
op long-term, Narasimhan admitted there 
are still lots of questions, like which T-cell 
constructs will be the right ones to bring 
forward and which will be best to target 
solid tumors. 

“Second, we are looking at combination 
therapies, because for some of the other 
tumor types outside of ALL, we probably 
do need to do combinations,” Narasimhan 
said. “We are starting to do that work with 
Penn, to look at combination studies.” 

The third priority is figuring out how to 
scale the technology, a complicated pro-
cess that involves extracting a patient’s 
T-cells from blood, genetically reprogram-
ming them and reinfusing the cells back 
into the patient. 

“As you take it into more and more can-
cer types, it’s going to be critical for us and 
the industry to figure out how do we scale 
the manufacturing to reach tens of thou-
sands, if not hundreds of thousands of pa-
tients,” he said. Manufacturing CTL019 for 
ALL is manageable, he added. 

Novartis is evaluating next-generation 
off-the-shelf CAR-T technology too, but 
Narasimhan said it is still a wait-and-see 
period. “I think all of them have yet to be 
proven in the clinic,” he said. 

Vasant Narasimhan

‘Our biggest learning is that 
in the current environment, it 
will take longer to reach high 
levels of patient adoption & 
physician adoption’ 
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WHAT’S NEXT IN IO 
The R&D chief said Novartis has one of 
the broadest immuno-oncology portfo-
lios in the industry, despite the fact the 
company has been beaten by rivals to 
the market. Novartis has 15 immuno-on-
cology-related assets in Phase I, spanning 
almost every key known mechanism of 
action in IO. 

“This year, we are going to see a lot of 
readouts in our own IO/IO combinations,” 
he said. “Our goal is to use that portfolio in 
order to be successful in the next genera-
tion of immuno-oncology.”

Novartis will look to do early-stage deals 
to fill gaps. But, he added, “We don’t feel 
like we need to do anything drastic.” 

BUSINESS DEVELOPMENT
When it comes to business development, 
Novartis is keeping the focus on early-stage 
bolt-on deals rather than bigger M&A. 
“When we look at recent deals in later stag-
es…we don’t see them as being attractive 
for the company and shareholders,” Nara-
simhan said. 

Novartis announced five recent trans-
actions that all fit that profile. Among the 
most recent deals were an option agree-
ment with Ionis Pharmaceuticals Inc. to li-
cense two novel treatments to reduce car-
diovascular risk in patients with high levels 
of lipoproteins with an inflection point 
prior to Phase II; an agreement to acquire 
Encore Vision Inc. for a first-in-class prod-
uct for the eye disease presbyopia that has 
completed Phase I/II testing; and an option 
deal with Conatus Pharmaceuticals Inc. for 
a first-in-class oral pan-caspase inhibitor for 
liver disease. 

“These are deals where there was good 
early clinical data, some signals of proof of 
concept, additional work that needs to be 
done. We think that’s a sweet spot,” he said.

LESSONS FOR CV
When it comes to the key therapeutic area 
of cardiovascular disease, Narasimhan said 
the company is committed, but has learned 
some lessons from the slow launch of the 
heart failure drug Entresto. 

“Entresto is an interesting situation, be-
cause in the end, we did everything the 
right way,” he said. “Our biggest learning 
is that in the current environment, it will 
take longer to reach high levels of patient 
adoption and physician adoption than we 

have in the past, primarily because of how 
payers are managing their pharmaceuti-
cal benefits.” 

Entresto is on track to generate $200m 
in 2016, though year-end financials have 
not been released yet, but Novartis still 
has mega-blockbuster expectations for the 
product. Narasimhan said the company is 
standing by its expectations for Entresto to 
become a $5bn product. 

“When we look at future launches, we 
are cognizant of having to work through 
all of those steps and it’s going to take 
longer to see the ramp,” he said. One of 
the goals is to target subsets of patients 
with biomarkers, as will be the case with 
the two products included in the deal 
with Ionis. 

“In both cases, there is a very clear bio-
marker that allows us to target a clear pa-
tient group,” he said. “We still have to do an 
outcomes study, but we have a more tar-
geted approach.”

DERMATOLOGY HOT SPOT
Better understanding of biology and new 
pathways has paved the way to make 
dermatology a big commercial opportu-
nity and Novartis is investing in the area 
substantially. The IL-17A blocker Cosentyx 
(secukinumab) is on track for blockbuster 
status in its first full year on the market. 

In December, Novartis announced an 
agreement to acquire Ziarco Pharma Ltd. 
to gain an oral H4 receptor antagonist in 
development for atopic dermatitis, an 
emerging field big pharma has an eye on. 

“We licensed in this drug because it is 
oral, because we see dermatologists like 
to step through different lines of therapy,” 
Narasimhan said. “They like to start with a 
topical cream, go to an oral agent, where 
they feel like there is no injection burden 
and it’s not so heavy hitting, and then 
move to the biologic.”

The strategy in atopic dermatitis is to 
position an oral drug ahead of Regeneron 
Pharmaceuticals Inc./Sanofi’s Dupixent (du-
plimumab), pending FDA approval with a 
March 29 PDUFA date. 

“Earlier on in the pipeline, we are tack-
ling some much more severe dermato-
logic conditions where people haven’t 
had any therapies,” he said, pointing to 
one drug for the skin condition hidrad-
enitis suppurativa.  

Published online 19 January 2017
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BioMarin Gene 
Therapy 
‘Normalizes’ 
Hemophilia
Promising early data for BioMarin’s investi-
gational gene therapy for hemophilia, BMN 
270, could suggest it could “normalize life” 
for patients. 

Updated results from a Phase I/II 
of BMN 270, BioMarin’s investigative 
AAV5-FVIII gene transfer for hemophil-
ia A, show that a single high dose of the 
gene therapy produced a 91% reduction 
in mean annualized bleed rates for pa-
tients who were previously treated with 
prophylactic Factor VIII after a follow 
up ranging from 34 to 50 weeks. The 
company plans to start a “potentially 
registration-enabling” Phase IIb study in 
the third quarter and will commission 
a gene therapy manufacturing facility 
mid-year on the back of the results. 

Preliminary data from the Phase I/II 
study were released last July at the World 
Federation of Hemophilia meeting, but, 
as BioMarin’s chair and CEO Jean-
Jacques Bienaimé said the new informa-
tion covered patients’ clinical outcomes. 
“The mean annualized bleed rates 
declined 91% for these patients and this 
is not a decline as compared to placebo. 
This is a decline as compared to the way 
those patients are treated today with 
prophylactic recombinant Factor VIII 
infusion two to three times a week.”

Although the high-dose (6x1013 vg/
kg) data are only from seven patients 
so far, experts are talking up the gene 
therapy as having the potential to nor-
malize life for hemophilia patients. 

For the six patients who were previ-
ously on a Factor VIII prophylactic regi-
men, the mean annualized bleeding rate 
dropped from 16.3 before the BMN 270 
infusion to 1.5 two weeks after being 
dosed. For these six patients, the mean 
annualized Factor VIII infusion rate fell 
98% from 136.7 to 2.9.  

alex.shimmings@informa.com, 16 Jan 2017
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Scrip’s weekly Pipeline Watch tabulates the most recently reported 
late-stage, Phase III clinical trial developments for the more than 10,000 
drug candidates under active research worldwide. To see changes to the 
progress of product candidates further back in the development pipeline,  
and a table of the week’s product approvals, please visit our Pipeline 
Watch webpage at scrip.pharmamedtechbi.com. 

Visit the Pipeline Watch webpage at  
scrip.pharmamedtechbi.com for all 

the week’s changes to the industry’s 
R&D pipeline

CLICK

Selected clinical trial developments for the week 13–19 January 2017

LEAD COMPANY/PARTNER COMPOUND INDICATION COMMENTS

Phase III Suspended

Alcobra Ltd.
metadoxine extended 
release

attention deficit 
hyperactivity disorder

MEASURE; top-line results missed primary 
endpoint.

Phase III Results Published

XBiotech Inc. Xilonix (MABp1) colorectal cancer Lancet Oncology, published online Jan. 13, 2017.

Updated Phase III Results

Bristol-Myers Squibb Co. Opdivo (nivolumab) gastric cancer ONO-4538-12; improved survival.

Biogen/Ionis Pharmaceuticals Inc. Spinraza (nusinersen) spinal muscular atrophy
ENDEAR (Infants): Reduced risk of death, 
permanent artificial ventilation.

Phase III Interim/Top-line Results

UCB SA/Dermira Inc.
Cimzia (certolizumab 
pegol)

moderate to severe plaque 
psoriasis

CIMPACT; met primary endpoint, filings for 
indication in Q3, 2017.

Allergan PLC/Gedeon Richter Ltd. ulipristal acetate uterine fibroids
VENUS II; primary endpoint met in this second 
Phase III study.

Sunovion Pharmaceuticals Inc. dasotraline (SEP-225289)
binge eating disorder, 
attention deficit 
hyperactivity disorder

Mixed results on endpoints.

Phase III Initiated

AstraZeneca PLC durvalumab
non-small cell lung cancer 
(NSCLC)

PEARL; as first-line therapy in PD-L1  
expressing tumors, in Asian countries.

Roche Tecentriq (atezolizumab) renal cell cancer IMmotion010; as adjuvant therapy.

Tetraphase Pharmaceuticals Inc. eravacycline urinary tract infections
IGNITE3; once daily intravenous doses  
versus ertapenem.

Phase III Announced

Synthetic Biologics Inc.
SYN-010 (lovastatin 
lactone)

irritable bowel syndrome 
with constipation

To reduce methane production by gut microbes.

Gilead Sciences Inc./Galapagos NV filgotinib rheumatoid arthritis FINCH; a long-term extension study.

OncBioMune/Vitel Laboratorios SA ProscaVax vaccine prostate cancer To take place in Mexico.

Pluristem Therapeutics Inc.
PLX-PAD, allogeneic cells 
derived from placental cells

critical limb ischemia
In Germany, an EU adaptive pathways  
pilot project.

Source: Biomedtracker
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Avillion LLP, a co-developer and financier 
of late-stage pharmaceuticals, has appoint-
ed Mark Weinberg chief medical officer. 
He joins the company from the consulting 
firm Halloran Consulting Group, where he 
was chief medical officer and managing di-
rector. Before this, he was senior vice presi-
dent of clinical development at US biotech 
RestorGenex Pharmaceuticals. Previously, 
he was vice president, global clinical sci-
ence and global therapeutic area head, 
CNS and pain, at Astellas Pharma Global 
Development. 

Duchenne muscular dystrophy-focused 
Summit Therapeutics Plc. has named 
David Roblin chief operating officer (COO) 
and president of R&D. Roblin has been act-
ing as a R&D advisor to Summit since 2014 
and will take up this new role on an interim 
basis in April 2017, with this becoming full-
time in June 2017. He has previously held 
senior leadership roles at Pfizer Inc. and 
Bayer AG, with his most recent role being 
COO and director of scientific translation at 
the Francis Crick Institute. 

Ole-Erik Iversen, who has been a profes-
sor of gynecology & obstetrics at the Uni-
versity of Bergen since 1992, has joined 
Cytovation AS as a scientific advisor. He 
previously held positions in the depart-

ment of surgery at Molde Hospital; the 
department of gynecology & obsetrics at 
Haukeland Hospital (University of Bergen); 
and was a research fellow of The Norwe-
gian Cancer Society. Since 2000, he has 
been principal investigator for various 
Phase II and Phase III clinical trials for Merck 
& Co and GlaxoSmithKline plc. 

Soesei Group Corporation has appoint-
ed Andrew Oakley chief financial officer – 
effective Feb. 1, 2017. Oakley will succeed 
Hidetoshi Torami, who has resigned from 
Sosei for personal reasons. Oakley himself 
is a chartered accountant and over the past 
14 years he has held CFO positions in vari-
ous biotech companies including Actelion 
Ltd, Novimmune SA, and most recently at 
Vectura Group PLC, where he was also a 
member of the board.

Harout Semerjian has joined Ipsen as 
president, head of specialty care interna-
tional region and global franchises – effec-
tive Feb 2, 2017. Semerjian has more than 
23 years of pharmaceutical experience and 
has spent the last 17 years at Novartis fo-
cusing on oncology and specialty care. He 
held leadership roles with increasing re-
sponsibility across the US, Canada, Europe 
and Middle East & North Africa. His last role 
was senior vice president and global launch 

head of ribociclib and before this, Semerji-
an was vice president and US hematology 
franchise head, based in New Jersey. 

Kymab Group Ltd. has appointed Arndt 
Schottelius as its first executive vice presi-
dent R&D – effective May, 2017. Schottelius 
joins Kymab from MorphoSys AG, where 
he was the first chief development officer 
and before this he was medical director, 
immunology development, at Genen-
tech Inc. Previously, he held science and 
management positions in immunology 
research at Schering AG in Germany, and 
Berlex Biosciences in California. 

X4 Pharmaceuticals has named Sudha 
Parasuraman chief medical officer. Paras-
uraman brings more than 15 years of in-
dustry, academic and community practice 
experience to the company in hematol-
ogy, oncology and pediatric drug devel-
opment. Most recently, she was vice presi-
dent of global medical affairs at uniQure 
Inc., where she worked on gene therapies 
for rare diseases. Before this, she held sen-
ior medical positions at Novartis, where 
she led the early development program 
for the CDK4/6 inhibitor ribociclib. Paras-
uraman has also served as medical direc-
tor at Millennium Pharmaceuticals (now 
Takeda Oncology).
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