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Executive Summary
Advances in multiple scientific areas will mature 
into novel therapeutics, often tailored for the 
individual patient and increasingly curative, 
making biopharma an exciting place to be in 2020.

 

For Scrip’s annual preview of the year to come, 
our journalists contacted more than 80 industry 
executives and experts for their views on the 
outlook for 2020. In the first in a series looking 
at those expectations, we focus on science and 
technology, and on highlighted therapeutic areas.

Much in evidence was positivity around scientific 
and technological advances; the promise of 
big data and real-world evidence as the sector 
becomes more sophisticated in its use of machine 
learning and artificial intelligence; and the 
progress of personalized medicine.

“We have seen unprecedented advances in the 
understanding of the biological underpinnings of 
disease over the past decade, and in 2020, I think 
we are going to continue to see an increasing 
number of those discoveries translated into new 
therapies that make a meaningful difference for 
patients,” said Nancy Simonian, CEO of Syros 
Pharmaceuticals Inc., which is developing small 
molecules to control gene expression.

One such expanding area of science, epigenetics, 
was highlighted by James Brown, CEO of Durect 
Corp..

“Big data will continue to transform the 
biopharma industry in the upcoming year. The 
advancements of next-generation sequencing 

tools and computational biology are accelerating, 
enabling rapid discovery of disease mechanisms. 
In addition, big data will continue to drive the 
construction of robust predictive models of 
gene expression and expression regulation that 
will reveal complex mechanisms of diseases 
not only related to genomic sequence, but 
epigenetic events. The epigenome is the chemical 
modifications to DNA and related proteins that 
regulate the expression of genes within a person’s 
genome without modifying the underlying 
sequence,“ he explained. “Epigenetic drug 
discovery programs have attracted increased 
attention in recent years. Novel therapeutic 
candidates against epigenetic targets continue 
to be discovered and have the potential to 
effectively reverse transcriptional and epigenetic 
abnormalities present in many human disorders, 
including cancer, metabolic, inflammatory, 
neurological and cardiovascular diseases.”

For Jason Coloma, president of Maze 
Therapeutics, “machine learning will show true 
impact to drug discovery and drug development 
pipelines.” Meanwhile, he added, “what’s old is 
new: pharmas and biotechs will focus even further 
on genetically validated targets in the clinic.”

The progress in understanding disease has been 
accompanied by advances in drug technology, 
both in terms of what is targeted and how it is 
targeted.

“Technologies such as gene editing and mRNA will 
continue to emerge as will technologies focused 
on personalized cancer vaccines,” predicted Daniel 
Menichella, chairman and CEO of mRNA-focused 
firm CureVac AG.

Scrip Asks…What Does 2020 Hold For Biopharma? Part 1: 
Therapeutic Advances
R&D Boom Drives Industry Transformation
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 “We’re entering an era where it’s becoming 
possible to ‘drug the undruggable’ – moving 
beyond the narrow range of targets accessible by 
conventional methods, and intervening in disease 
by reaching new drug targets with innovative drug 
discovery approaches,” said Michael Gilman, CEO 
of Arrakis Therapeutics Inc., a firm developing 
small molecules to target RNA. 

Bill Hinshaw, CEO of Axcella Health Inc., 
elaborated. “Continued advances in science are 
now allowing us to design therapies that leverage 
new learnings about fundamental human biology. 
We are now much more focused on developing 
treatments that reprogram or harmonize the body 
rather than suppressing or altering its functions. 
As a result, there is an increasing transition 
from your standard small molecule regimens to 
new potential options like cell therapies, gene 
therapies and endogenous metabolic modulators, 
which is our focus at Axcella. In 2020, I expect that 
we will see an expansion of these cutting-edge 
approaches.”

In parallel with the increasing sophistication of 
medicine comes the evolution of diagnostics. 
“Without a doubt, we’ll see the emergence of 
two themes: The first is a movement away from 
single-analyte biomarkers to multidimensional/
multi-omic diagnostic approaches. The second is 
a movement away from centralized testing to a 
more distributed model, either IVDs or labs setting 
up their own laboratory-developed tests (LDTs) 
based on reagent kits and software tools,” said 
Jarrett Glasscock, CEO of Cofactor Genomics.

Cell And Gene Therapies
Jeffrey Leiden, chairman, president and CEO of 
Vertex Pharmaceuticals Inc., summed up the 
thoughts of many when he identified the key 
thing to watch for in 2020 as “additional clinical 
advances in cell and genetic therapies.” Many 
industry participants expect these technologies to 
be improved, expanded and applied to a greater 

number of diseases, although Maze Therapeutics’ 
Coloma fears “Gene therapy will continue to 
disappoint on clinical readouts.”

Others focused on the positive. “While we’ve made 
significant strides over the last few years, 2020 will 
cement cell therapy as a new modality to develop 
curative treatments to fight cancer and other 
disease,” declared Lalo Flores, CEO of allogeneic 
stem cell therapy developer Century Therapeutics.

Part of this will be about improving the 
technology: As Timothy Lu, CEO of Senti 
Biosciences Inc. said, “2020 will see continued 
progress in cell and gene therapies in initial 
indications, but will also demonstrate the need 
for next-generation technologies that can 
provide greater specificity and control to enable 
transformative benefits for broader therapeutic 
indications.”

“2020 is poised to be an exciting year for 
regenerative medicine with advancements like 
the launch of a Phase II osteoarthritis clinical trial 
anticipated to be one of the largest mesenchymal 
stem cell (MSC) trials to ever be conducted,” 
pointed out Ross Macdonald, managing director 
and CEO, Cynata Therapeutics. “Additionally, 
big players are expected to continue expanding 
their footprints in regenerative medicine, such as 
Takeda Pharmaceutical Co. Ltd., Astellas Pharma 
Inc. and Fujifilm Pharma Co. Ltd., with the latter 
planning to launch operations at its new induced 
pluripotent stem cell (iPSC) production facility in 
2020.”

Novo Nordisk AS’s CEO Lars Fruergaard Jørgensen 
was also enthusiastic about stem cells. “We hope 
we can go into Parkinson’s disease with stem cell 
therapy and produce dopamine in these patients; 
that will probably go into the clinic sooner than 
our planned diabetes trial using stem cell therapy 
because diabetes is a more complex disease,” he 
said. The company is still at the preclinical stage 
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but is aiming for a curative treatment.

For Martin Lehr, CEO of Context Therapeutics, 
“2020 will be the year of CAR-T in solid tumors. 
Will we finally see a breakthrough?”

A combination of cutting-edge genomics and 
state of the art cell therapy is the ideal approach 
to treating cancer, according to Iraj Ali, CEO of 
Achilles Therapeutics Ltd., which is focused on 
clonal neoantigens – mutated proteins that form 
early in tumor evolution – as a new drug target 
class to be targeted with immunotherapies.

Given the challenge that advanced therapies 
present in terms of scaling up and getting 
manufacturing right, he pointed out that newer 
companies like Achilles have been “created with 
manufacturing capability at the heart of the 
organization”, and are now benefiting from “the 
progressive thinking” that regulatory authorities 
adopted for CAR T-cell therapies approved in 2017 
and 2018 for certain blood cancers. Achilles is 
now aiming to offer personalized cell therapy on a 
much larger scale. “We aren’t interested in treating 
10 patients, we’re interested in treating 10,000 
patients,” explained Ali. The advances of the 
CAR-T front-runners helped “shape the dialogue 
around the regulatory pathway for personalized 
neoantigen cell therapies in 2019, ready for a busy 
2020 and beyond,” he said.

Cancer
The treatment of cancer, which accounts for more 
than a third of activity across the pharma pipeline, 
was predictably a recurring theme for our industry 
participants. Several expect the year to herald 
advances beyond the current crop of checkpoint 
inhibitors.

“The therapeutic class of T-cell checkpoint 
inhibitors has transformed the treatment of 
cancer; however, a number of cancers do not 
respond to these therapies, including many blood 

cancers. Now, a race is under way to develop 
a new class of immune checkpoint inhibitors 
that unleash the innate immune system using 
macrophages. In 2020, we will continue to see 
the refinement of this technology in oncology, as 
well as, its application to conditioning regimens 
prior to bone marrow transplantation for gene 
therapies,” said Mark McCamish, CEO of Forty 
Seven Inc.

Michel Pairet, member of Boehringer Ingelheim 
International GmbH’s board of managing directors 
with responsibility for the company’s innovation 
unit, emphasized that his company and the 
pharma industry in general have a vision of curing 
cancer. “Building on the momentum created by 
the first wave of immune therapies, we are getting 
closer to this ambition. This will be achieved by 
combining cancer cell-targeted approaches with 
the next generation of immune therapies. The 
field of cancer cell-targeted therapies, e.g. cracking 
KRAS cancers, continues with the possibility of 
the first clinical responses beyond G12C. In the 
field of immune therapies, we will be able to 
address tumors that are currently unresponsive to 
immune checkpoint inhibitors.”

“In cancer, as demonstrated by FDA’s approval of 
Roche’s Tecentriq in combination with Abraxane/
carboplatin in non-small cell lung cancer, 
there will be more studies combining different 
combinations of conventional cytotoxic therapies 
with immunotherapies,” predicted Lew Bender, 
President and CEO, Intensity Therapeutics Inc. 
“As a result, new delivery technologies to improve 
drug safety and tumor killing will be of greater 
interest to both FDA and pharma.”

Ulf Jungnelius, Chief Executive Officer of 
Isofol Medical, thinks firms will seek out new 
opportunities to capitalize on the oncology 
opportunity. “Oncology is currently one of the 
most crowded spaces in biopharma with many 
companies working on late-stage immunotherapy 
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solutions,” he said. “One major trend that I could 
see in 2020 is companies stepping back from 
the focused attention on competitive areas such 
as PD-1/PD-L1 combinations, where there are 
more than 2,000 currently active clinical trials, 
to focus on novel targets, new reformulations 
and therapies with broad applications such as 
early-stage cancer interventions. The earlier in 
a cancer’s progression, and more importantly 
in a patient’s treatment regimen, that we can 
effectively intervene the greater the potential 
impact.”

Daniel Passeri, CEO of Cue Biopharma Inc., which 
is developing therapies that selectively target 
and alter T-cells, said: “We are beginning to see 
the emergence of approaches for more selective, 
effective and better tolerated modulation of the 
immune system. In 2020, we should see continued 
progress toward this important objective.”

Nader Pourhassan, CEO of CytoDyn Inc., is 
another executive who identified immunotherapy 
as a key focus for the coming year. “We should 
expect more advancements in the treatment 
of metastatic cancers and immunotherapies in 
2020,” he said. “Metastatic cancer is notoriously 
difficult to treat; however, breakthroughs in our 
understanding of how cancer uses the immune 
system has led to new avenues of treatment. 
Many of these therapies could potentially be used 
in combination to ensure the highest likelihood of 
success.”

The year will bring “continued efforts to 
demonstrate efficacy of immunotherapy 
(beyond checkpoint inhibitors) in solid tumors: 
CAR-T, bispecific antibodies, and neoantigen 
immunotherapy,” according to Andrew Allen, co-
founder, president and CEO, Gritstone Oncology.

Doug Manion, CEO of Kleo Pharmaceuticals Inc., 
also sees broader progress coming in immuno-
oncology. “A new wave of drugs that recruit the 

innate immune system to fight cancer with long-
term success, but with potentially fewer side 
effects than T cell-based therapies such as BiTES 
and CAR-Ts, are something to keep a close eye on 
in 2020,” he said.

“These game-changing immuno-oncology drugs 
include next-generation, off-the-shelf Natural 
Killer (NK) cell therapies, Fc-enhanced monoclonal 
antibodies (mAbs) and drugs based on fully 
synthetic, bispecific Antibody Recruiting Molecules 
(ARMs) that recruit Immunoglobulin G (IgG) to 
bring NK cells and macrophages to cancer cells for 
rapid immune-mediated clearance.”

For Michael Kauffman, Karyopharm Therapeutics 
Inc.’s CEO, oncology R&D will continue to make 
headway in the more challenging cancers. “I 
expect 2020 to be another strong year for the 
biopharma industry and for oncology in particular, 
where drugs with novel mechanisms of action 
will hopefully continue to produce impressive 
clinical results and advance treatment options for 
some of the hardest-to-treat patient populations, 
such as those with relapsed or refractory 
multiple myeloma and advanced liposarcoma. 
Many companies, including Karyopharm, are 
expecting pivotal data in 2020 which could have a 
tremendous impact on the lives of patients with 
such serious and fatal diseases.   

“Additionally, if we continue to see significant 
advances in patient care, I would expect 
investment in novel, yet validated, approaches 
to accelerate in 2020. Karyopharm’s novel XPO1 
inhibitor, for instance, has been validated in 
multiple myeloma but we think this mechanism 
could be applicable to a host of other cancers. 
BCMA-targeting therapies are also of great 
interest in multiple myeloma and we expect to 
see more data from these programs in 2020,” 
Kauffman said.

There was also a focus on improving the 
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treatment of cancer to spare patients toxic side-
effects. “The recent progress in immunotherapy 
and new targeted therapies has been remarkable, 
resulting in blood cancer patients living longer and 
with better quality of life,” said Gwen Nichols, chief 
medical officer for The Leukemia & Lymphoma 
Society. “As we move into this new decade, I feel 
optimistic we will continue to see less dependence 
on cytotoxic chemotherapies and more 
combinations of immunotherapies, targeted and 
standard therapies that home in more precisely 
on the cancer while sparing healthy cells.”

Robert Iannone, executive vice president, R&D 
at Jazz Pharmaceuticals, had a similar view: “I 
see great potential from combination therapies, 
especially in difficult to treat diseases such as 
cancer. I also anticipate a continued focus on 
evolving delivery technologies to improve the 
therapeutic index for effective treatments, to 
ultimately reach even more patients and address 
current unmet needs.”

On the personalized medicine front, Matthew 
Gevaert, co-founder and CEO, KIYATEC, sees the 
opportunity for reality to come closer to the hype. 
“A few clinical studies published in 2019 should be 
seen as bellwethers for the kind of personalized 
medicine that has been promised but not 
heretofore delivered,” he said. “A legitimate 
knock on much of the current implementation 
of personalized medicine is that it’s not tied 
directly to improved outcomes and there’s a lot 
of hand waving to get there so it has driven up 
costs without proportionally improving outcomes. 
Credible studies in 2019 demonstrate that, using 
advanced ex vivo models, an individual’s cancer 
cells grown in labs and treated with drugs can 
predict patient specific response at clinically 
meaningful accuracies.”

“Though this has been used for some time in 
preclinical drug development, 2020 has the 
potential to truly be a game-changer in clinical 

implementation of personalized medicine, using 
this measured drug-on-cell effect to drive better 
outcomes for cancer patients,” Gevaert continued. 
“What does this mean? By knowing individual 
patient responses to specific drugs prior to 
treatment, we will be able to improve outcomes 
under standard of care, and in trials better select 
who enrolls, enriching success rates. I believe 
that what we learned in 2019 will truly make a 
difference in 2020.”

Precision medicine advances were also highlighted 
by David Halbert, chairman, founder and CEO 
of Caris Life Sciences. “Molecular profiling will 
continue to significantly improve the treatment of 
people with cancer. Advances like RNA sequencing 
– the importance of which was stressed in the 
most recent National Comprehensive Cancer 
Network (NCCN) guidelines – help match patients 
to the right therapies and can determine if a 
tumor will respond to treatment before it’s 
prescribed. This knowledge will enable physicians 
and patients to make more personalized and 
precise treatment decisions, realizing the fullest 
potential of targeted cancer therapies.”

Rabia Khan, Sensyne Health PLC’s chief of 
translational medicine, noted that 2019 saw Bayer 
AG launch TRK inhibitor Vitrakvi (larotrectinib) 
as the first “tumor-agnostic drug.” She said: “We 
are moving away from a world that defines a 
disease by its symptoms and towards defining 
disease according to the molecular pathology that 
has been perturbed.” Khan believes this will be 
game-changing. “The day will come where instead 
of calling it breast cancer, we’re calling it a TRK 
fusion-derived cancer, or instead of inflammatory 
bowel disease, it’s autophagy-driven autoimmune 
disease. Finding the molecular pathology that 
has been perturbed and using that information 
to define the Phase II and Phase III criteria 
will improve the success rate of clinical trials 
– reducing costs and getting drugs to patients 
faster.”
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Others are hoping that progress in cancer will take 
the form of new therapies that treat it sooner or 
even prevent its occurrence.

“The field of cancer immunology will expand from 
creating therapies that treat cancer patients after 
they have been diagnosed to developing vaccines 
that inoculate healthy people against the disease 
and prevent it from ever occurring in the first 
place. A number of prophylactic cancer vaccines 
will begin clinical trials in 2020, and deliver data 
readouts. Positive results from these trials will 
drive a frenzy of investment into prophylactic 
vaccine development,” said Amit Kumar, CEO of 
Anixa Biosciences Inc., which is developing blood 
tests as well as CAR-T and vaccine technology for 
cancer.

Immune Disorders
While immunotherapy remains a key focus in 
oncology, expectations are high for its application 
in other diseases too. For example, “in addition 
to oncology, the development of immune 
therapies is starting to open new avenues to treat 
infectious diseases by stimulating the patient´s 
own immune responses,” commented Boehringer 
Ingelheim’s Pairet.

“The immune system normally exists in a balanced 
state, constantly recalibrating itself moment to 
moment. In the case of autoimmune disease, this 
balance is askew, the normal checks and balances 
insufficient,” said Rahul Kakkar, CEO of Pandion 
Therapeutics Inc. “In 2020, we expect to see the 
first approaches to tackling autoimmune diseases 
which move beyond cytokine and kinase inhibitors 
towards true immune rebalancing, and the use 
of strategies which move beyond the systemic 
towards localized immunomodulation.”

“We see 2020 delivering significant advances in 
the treatment of immune-related disorders,” 
also commented Gregory Demopulos, chairman 
and CEO of Omeros Corp. “One such focus is 

complement-mediated diseases. To date, there 
are only two complement inhibitors on the 
market, both targeting the same protein. The 
complement system is increasingly implicated 
across an expanding range of disease areas, and 
biotech companies are now actively targeting an 
array of complement proteins. We expect next 
year will bring an FDA approval for the first drug 
to treat thrombotic microangiopathy, an often-
fatal complication of stem cell transplantation, 
by inhibiting a novel complement target. Other 
unique complement-related development 
programs will also be entering clinical trials. These 
programs represent what biotech companies do 
well – develop small molecules and biologics for 
orphan indications, many life-threatening, that big 
pharma often won’t pursue, providing treatments 
for patients who otherwise would have none.” 

Neuroscience
Roger Tung, co-founder, president and CEO of 
Concert Pharmaceuticals Inc., is also looking 
past oncology in 2020. “I believe that biopharma 
innovation will continue to reach beyond its 
focus on rare diseases and cancer, to increasingly 
progress approaches for treating mainstream 
diseases that impact millions of people, such 
as mental illness, Alzheimer’s and autoimmune 
diseases.”

For Steve Paul, chairman and CEO of Karuna 
Therapeutics Inc., CNS will see a renaissance in 
2020, driven by new biological insights. “We are on 
the brink of a golden era of new CNS medicines 
that will be catalyzed by small, emerging biotechs,” 
he said. “In 2020, we will see small companies 
leading innovation in neuroscience drug discovery 
and development and capitalizing on the fact 
that we know more than ever before about the 
biology of the brain and the intricacies of synaptic 
transmission and how this can be modified to 
treat both psychiatric and neurological disorders, 
such as depression, schizophrenia, Parkinson’s 
disease and Alzheimer’s disease. Recent positive 
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trial results will spur increased investment and 
lead to a boom of new therapies in a very large 
therapeutic area that has been quiet, from an 
innovation perspective, for some 30 years.”

Travis Mickle, chairman, president and CEO, 
KemPharm Inc., expects there to be an uplift in 
R&D for attention-deficit hyperactivity disorder. 
“2019 was the first full year following Takeda’s 
blockbuster acquisition of Shire PLC. There were 
many angles to this acquisition, including its 
impact on the ADHD treatment space given the 
mixed signals from Takeda about its prioritization 
of Vyvanse and Adderall. As a result, innovation in 
ADHD treatment took a back seat despite patients 
and prescribers continuing to demand products 
that better address key needs,” he said. “I think 
2020 could see ADHD regain the spotlight as new 
companies and new technologies emerge that 
have the potential to reshape the market.”

Infectious Diseases
Glyn Edwards, CEO of Summit Therapeutics PLC, 
is enthusiastic about progress in treatments 
for bacterial diseases and sees 2019-20 as “the 
bottom of the despond” for the antimicrobial 
field. “There has been a change in the level 
of innovation – we’re seeing novel antibiotics, 
phage display, very exciting early-stage products. 
Companies like ours have new, much more 
narrow spectrum products to get around 
resistance, they’re more effective but are very kind 
to patients – they leave the microbiome in tact. It’s 
a general trend that we’ll see more of.”

But he urges companies to be more ambitious. 
“Industry needs to change, and do superiority 
trials. It has got complacent, running non-
inferiority studies – if their product is better, they 
should do trials to show it. Physicians need to be 
shown,” he said. “There is also a need to develop 
products for indications where current treatments 
don’t work well,” rather than just developing 
products that are different but not better as a 

response to increasing antimicrobial resistance. 
“We’ve got quite a lot of alternative treatments 
coming through – now we need to incentivize big 
steps forward,” he said.

Nonalcoholic Steatohepatitis
Meanwhile, “2020 will be an important year for 
NASH,” said Genfit SA’s CEO Pascal Prigent and 
chief operating officer Dean Hum, predicting 
the “first-ever drug approval with Intercept 
Pharmaceuticals Inc.’s OCA (obeticholic acid)” 
and the “availability of Genfit’s NIS4 non-invasive 
diagnostic” as well as “long awaited data from 
[the] pivotal Phase III [trial] evaluating [Genfit’s] 
elafibranor in NASH.” They added: “Interestingly, 
it’s quite clear that NASH will ultimately be a 
primary care market, given the high prevalence of 
the disease and the need to treat these patients 
with increased cardiovascular risk before they 
develop cirrhosis.”

Robert Wessman, founder, chairman and CEO 
of Alvogen Inc., also sees novelty in the primary 
care market. “We will continue to see more 
biologics coming for non-traditional biologic 
disease areas such as Alzheimer’s, asthma, allergy, 
HIV, Parkinson’s, etc. This will create stronger 
treatment options in the primary care segment.”

Cardiorenal
John Butler, CEO, Akebia Therapeutics Inc., 
is excited about the “increased interest and 
investment in advances for patients with 
cardiorenal diseases. For instance, in 2020 we 
expect to see the science of the HIF (Hypoxia 
Inducible Factor) pathway, a discovery of how 
the body responds to changes in oxygen levels, 
advance toward enabling potential future 
treatment options for various conditions, 
including anemia due to chronic kidney disease. 
Three scientists shared the 2019 Nobel Prize for 
discovering the HIF pathway, which is a reminder 
that there is groundbreaking science behind all of 
our work.”
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Cannabis
The emerging medical cannabis market will 
drive a growing segment of the pharmaceutical 
market, pointed out William Levine, founder and 
chief scientific officer of CannRx, who is also the 
founder of Izun Pharmaceuticals Corporation, 
a biopharmaceutical company specializing in 
botanical medicine. He predicted trends towards 
“increased data-supported targeted formulations 

with well-designed clinical trials. We need to 
know that the product can generate the expected 
effect,” as well as “controlled dosing based on 
better delivery systems – higher bioavailability 
with better control can enable lower doses with 
less side effects but same benefits.” He also 
expects the development of “better quality control 
systems to ensure product quality and safety.”
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Scrip Asks… What Does 2020 Hold For Biopharma? Part 2: 
Business And Investment
Innovation Drives Investment But US Election Poses Risk

Executive Summary
Executives and analysts predict trends spanning 
M&A, leadership diversity, curative gene therapy 
commercialization, biosimilars strategy and more. 
Expect technology innovation to continue to drive 
investment and deal making in biopharma. 

 

In the second installment of Scrip’s preview of 
2020 as outlined to us by more than 80 industry 
participants, we focus on investment and business 
strategy. Generally positive views fueled by the 
current wave of breakthrough science were 
tempered by the perceived need for technological 
innovation to be accompanied by enhancements 
in manufacturing cost and efficiency, and by 
potential attacks on the industry during the US 
presidential election campaign. 

Analysts at Jefferies Equity Research have a 
positive outlook for the pharma sector for 2020, 
noting in a 17 December 2019 preview that 
it is “benefiting from emerging breakthrough 
technologies, significant growth opportunities 
in China and regulatory authorities amenable to 
approvals.”

But the US election in November is a risk to 
sector valuation, according to Jeremy Levin, 
chairman of BIO and CEO of Ovid Therapeutics 
Inc. “We can expect our industry to be buffeted 
by politicians seeking short-term advantage to 
potentially set in place ill-considered legislation, 
or make statements attacking all segments of 
our industry,” he said. ”This, in turn, will impact 
investor sentiment and the capital markets.”

Canaccord Genuity analyst Sumant Kulkarni 

concurred in a 6 January 2020 note: “Especially in 
an election year, we caution investors that political 
rhetoric, or any steps that might be implemented 
on this front, could chill investor enthusiasm for 
therapeutic stocks.” He believes, however, that 
good clinical data readouts could help small and 
mid-sized companies in the event of a “sector 
malaise or even a wider market pullback” and 
notes that “timing and ability to dig in over a 
longer time horizon may become very important 
in 2020.”

Investor Appetites
Investment sentiment was mentioned by several 
of our correspondents. Daniel Menichella, 
chairman and CEO of CureVac AG, expects 
to see “continued investment in cutting edge 
technologies with many companies going public 
prior to the US presidential election.”

Nevertheless, “Financing for the 
biopharmaceutical industry will be more 
selective in 2020, so companies will need to be 
clear and convincing about their next chapter 
to remain attractive to investors,” warned Will 
Lewis, chairman and CEO of Insmed Inc. “I 
anticipate a handful of breakout stories among 
small to midcap biotechs that are investing in 
promising science that offers a clear patient 
impact demonstrated by compelling data. I am 
also interested to see how the cell therapy space 
evolves as some of those companies head toward 
commercialization and potentially consolidate.”

Also pondering valuations in the biotech sector 
was Andy Smith, analyst with Equity Development 
Ltd. “Having been through the sell-off after the 
last peak in biotech in the summer of 2015, we 
now have preclinical gene therapy companies 
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being acquired by big pharma companies 
for $3bn and companies in late-stage clinical 
development being acquired for just under 
$10bn. What does this say about where we are 
on the value of the biotech sector in 2020? Does 
it mean that there will be more acquisitions like 
Audentes Therapeutics Inc. and The Medicines 
Co., respectively, or will there be a pause while 
generalist investors catch-up? Any pause, or a 
lackluster J.P. Morgan Healthcare conference [held 
in San Francisco on 13-16 January] could lead 
the biotech sector back down to the doldrums of 
summer 2019,” he warned.

M&A And Deal Making
“Pharma acquisitions of biotech to drive 
innovation will remain on pace,” asserted Behzad 
Aghazadeh, executive chairman of Immunomedics 
Inc. and managing partner at Avoro Capital. 

Analysts at Mizuho Securities agreed, writing in 
an 18 December 2019 note that they “expect 
deal making/M&A to continue as the appetite 
for innovative products remains high and access 
and cost of capital facilitates this. We also see 
improvement in IPO performance in 2019 relative 
to 2018 (fewer deals but better performance) as a 
backdrop for additional offerings in 2020.”

For Jason Coloma, president of Maze 
Therapeutics, “Acquisitions will continue in a flurry 
as IPOs and follow-on equity raises will become 
more difficult. The build to buy structure may start 
to be en vogue again. He thought “Gene therapy 
could become the ‘next immuno-oncology’ for 
investors.”

Oncology
“Unprecedented market opportunities are fuel for 
additional investment, and we see the creation of 
the immuno-oncology (I/O) market and its rapid 
rise as a driver of continued investment in the 
sector,” wrote the Mizuho Securities analysts. 
“Checkpoint inhibitors have grown to be a roughly 

$20bn market in the last six years and the CAR-T 
market is likely to exceed $1bn in 2020 following 
the landmark approval of the first CAR-T in 2017.”

Amit Kumar, CEO of Anixa Biosciences Inc., is 
expecting that positive results from a number 
of cancer-preventing vaccine trials “will drive a 
frenzy of investment into prophylactic vaccine 
development.”

But for the analysts at Jefferies, the frenzy of 
activity in oncology amounts to “overcrowding.” 
They expect oncology sales to increase to around 
30% of big pharma’s revenues by 2022, up from 
20% in 2015, with PD-1/L1 therapies accounting 
for about a quarter of the oncology sales total. 
“We believe competitive threats may be widely 
underestimated, particularly via pricing pressure, 
perhaps from new entrants including Asia, and 
disruptive new drugs. […] With the exception 
of the few truly unique assets in development, 
we argue immuno-oncology franchises should 
trade at a lower multiple as mechanisms and 
technology platforms may become increasingly 
commoditised, lowering product sales and 
shortening life spans well before patent expiry.”

Infectious Diseases
In infectious disease, potential changes to how 
hospital-administered antimicrobial drugs are 
reimbursed in the US (via the pending DISARM 
Act and separate CMS reforms) could drive 
investment interest in 2020. “Astute investors, 
who could provide a financial lifeline to struggling 
companies developing these drugs, are closely 
watching these potential legislative and policy 
changes and their re-engagement in this 
therapeutic area could catalyze a renaissance 
in our ability to maintain a robust pipeline of 
effective new treatments and preventatives for 
drug-resistant pathogens,” commented Jeff Stein, 
CEO of Cidara Therapeutics Inc.

Glyn Edwards, CEO of Summit Therapeutics PLC, 
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also thinks 2020 could be a turning point for 
infectious disease drugs. “The antibiotic space 
is at a critical commercial juncture and we’ve 
got a massive need building up for bacterial 
diseases. There are a huge number of resistance 
infections appearing, particularly in the east of 
the world and southern Europe, and we know 
they will spread westwards to Europe and the US. 
It’s a major problem developing. The next 12-24 
months is going to be a crucial time. Coupled with 
a decade of under-investment in new treatments, 
it has been a hard time for antibiotics. 2019 saw 
bad news like Achaogen Inc.’s bankruptcy and 
the continuing lack of success more generally 
for antibiotic companies. So, we will enter 2020 
with a looming health crisis and a commercial 
crisis. But in 2019, the regulatory and government 
apparatus particularly in the US has been getting 
very alarmed. I think we’ll see steps being made to 
encourage innovation. There is bipartisan support 
to ensure the great work in R&D results in patient 
uptake of new products. 2020 will be the start of 
a major breakthrough in the success of antibiotic 
companies in the US and Europe, partly as a result 
of government push but also through companies’ 
own actions,” he told Scrip.

“I think the antibiotic field is a coiled spring at the 
moment,” Edwards continued. “It has been written 
off by some but there is high unmet need that is 
building, and it’s going to get worse. Investors, if 
they feel there will be a reward, will invest. We 
need to get the economic plumbing in place so 
financial investment happens in those companies. 
The investment primarily comes from showing 
there’s a market for the products. I believe there 
is, and governments are looking at that: I’m 
optimistic.”

China
Salman Bokhari, MD of Singapore firm Sidrapex, 
sees Chinese firms expanding their reach in 
2020, although the Chinese market itself is 
slowing. “Some Chinese companies will emerge 

as international/regional players, especially in the 
oncology area. China will continue to slow down 
and South East Asia will attract more newcomers,” 
he declared.

Business Models
The high cost of many of the advanced therapies 
emerging onto the market means that companies 
that can offer improved efficacy without 
complicated and expensive methods of drug 
administration could look particularly attractive to 
investors. Michael Kauffman, CEO of Karyopharm 
Therapeutics Inc., thinks “an additional premium 
will be put on companies and medicines that have 
strong clinical data as well as a practical delivery 
model” because “the healthcare system is likely to 
continue to struggle, in the near-term, with some 
of the more difficult treatment modalities. I expect 
there will be a greater appreciation for traditional 
drug delivery mechanisms such as oral drugs and 
off-the-shelf injectables, in the year to come.” 
He added: “This could be even more important 
depending on the outcome and impact of the 
2020 election.”

With a large part of the biopharma industry 
focused on immuno-oncology and personalized 
medicine, Genfit SA’s CEO Pascal Prigent and chief 
operating officer Dean Hum pointed out that the 
“general trend” towards specialty care rather than 
primary care will not change in the short term. 
However, they expect an increasing use of artificial 
intelligence to reduce costs, describing it as “more 
than ever a real leverage providing cost-effective 
ways to address several healthcare challenges, 
through innovations ranging from incremental to 
disruptive.” And they see the nascent market for 
non-alcoholic steatohepatitis (NASH), on which 
Genfit is focused, as a cost-sensitive primary care 
market.

“Given the prevalence of NASH and alarming 
trends, pricing will likely be quite reasonable, and 
close to what’s applied in type 2 diabetes.”
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The Genfit executives expect to see much higher 
likelihood of M&A activity in the NASH space in 
2020 compared with 2019, because “with the 
last piece of Phase III data coming in 1Q20 (i.e. 
Genfit after Gilead Sciences Inc. and Intercept 
Pharmaceuticals Inc.) [Genfit is scheduled to 
release top-line interim results of its RESOLVE-
IT trial of elafibranor in the first quarter; Gilead 
Sciences suffered repeated trial failures for its 
one-time lead NASH candidate selonsertib and 
Intercept reported on its REGENERATE trial of 
obeticholic acid in 2019], the full landscape of 
advanced NASH programs will become really 
clear.” (Also see “Intercept’s OCA Data Bolster 
NASH Efficacy, But Pruritus Worries Worsen” - 
Scrip, 11 Apr, 2019.)

Commercializing Advanced Therapies
“One of the main areas we need as a sector to 
address is to industrialize the processes involved 
in manufacturing advanced therapies so that they 
can be scaled up effectively and consistently,” 
commented Doug Doerfler, CEO of MaxCyte Inc. 
“This is likely going to be driven by tool companies 
developing the technology in partnership with 
therapeutic developers rather than solely the 
developers. Once these enabling technologies 
are in place, we will see advanced therapies 
making more significant progress and moving 
from oncology into autoimmune disease and 
neurodegenerative disease spaces.”

“Manufacturing has been one of the biggest 
challenges facing the cell therapy space for the 
past few years,” agreed Filippo Petti, CEO of 
Celyad SA.  But he thinks pharma companies will 
want to take more control, not less. “In 2020, I 
could see more biopharma companies realizing 
the value of bringing manufacturing in-house as 
opposed to outsourcing to third parties. There are 
a number of benefits to in-house manufacturing, 
from maintaining control of process development 
and optimization to streamlining the supply chain 
for ‘living’ therapies and being in control of your 

own destiny with regards to meeting production 
timelines. Once companies begin to realize the 
long-term value of in-house manufacturing, I 
predict an industry-wide shift that starts beginning 
in 2020.” 

Mark Sawicki, chief commercial officer of Cryoport, 
sees “Global manufacturing capacity increasing 
significantly in 2020 with new facilities or facility 
expansions coming online (both contract and 
biopharma).” He envisages “China continuing to 
ramp and competing with the US on total number 
of clinical programs being supported.”

Sawicki also expects “multiple new [regenerative 
medicine] products [to be] launched with three or 
four generating revenues in 2020,” while by 2021 
“commercial volumes will eclipse clinical volumes 
[in terms of] patients dosed.” By 2023 there will be 
at least 22 commercial launches in the space, he 
predicted.

With drug price sensitivity persisting, David 
Johnson, CEO of GigaGen, believes “an important 
focus for early-stage drug developers will be 
to innovate in approaches that simultaneously 
improve patient care and reduce costs to 
the health system. Drugs that are safer than 
existing drugs could be priced competitively 
with incumbents but reduce costs to the health 
system by requiring less inpatient care. Drugs 
that are more potent per gram could be priced 
competitively with lower-potency incumbents, 
increasing profits for the manufacturer and 
decreasing infusion times for the patient. 
Processes that are difficult to scale, such as cell 
therapy manufacturing, will become increasingly 
streamlined, allowing manufacturers to reduce 
prices while increasing profits.”

George Eliades, a partner with Bain & Co., 
is interested in the business model around 
advanced therapies that promise a cure rather 
than treatment. “We are really curious to see 
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how many more gene therapy-type breakthrough 
products get approved and what happens with 
them,” he said. “If you think of hepatitis C, for 
example: we haven’t wiped out hepatitis C in 
the US but we dramatically shrunk the market 
because we have cured so many patients. What 
happens when we cure all these patients? That’s 
going to be pretty interesting to watch. That is one 
thing we are excited about.”

He described the curative approach as “potentially 
a different paradigm” in terms of the commercial 
model.

“We are used to a paradigm of sales where there 
is a ramp-up to peak and then maybe a slight 
fall-off to loss of exclusivity, but now we would 
expect to see more bell-shaped-type curves. How 
do you manage your commercial spend, ramp and 
planning in that role? What is the role of your field 
force five years out? Who are the right people you 
need in the field and the right services you need 
to offer? What is the tracking that you are doing? 
These are questions we are not used to dealing 
with in the industry that will come up. That is one 
thing that will potentially start to play out in 2020.”

“Curative treatments based around molecular 
biology and gene therapy will change the nature 
of the pharma pipeline,” agreed Craig Wylie, a 
partner in Arthur D. Little’s healthcare and life 
sciences practice. “The emphasis will be on near-
term revenue, rather than the long-term market 
share that traditionally came along with patent 
protections. In 2020 and beyond, the potential 
win from being a first-mover will be dramatic. 
Speed to market will become more important 
than ever before, raising the specter of a new (and 
problematic) philosophy that it’s better to be first 
than more effective and with fewer side effects.”

Commercial models will continue to evolve to 
support value-based contracts between payers 
and drug/device companies, integrated health 

solutions, and subscription models for chronic 
and rare disease therapies,” predicted Anne 
Whitaker, CEO of Aerami Therapeutics. “The days 
of the traditional arms race with pharmaceutical 
sales representatives is over. While sales reps 
will continue to play an important role, we’ll see 
organizations put more emphasis on education of 
health care providers and patients.”

Biosimilars
The growing market for biosimilars is providing 
expanding opportunities for some, and there is 
the potential for symbiosis with the innovator 
sector. Acknowledging that “in biopharma we 
will see a continued trend in 2020 towards 
more innovation in important areas of unmet 
medical need, such as immuno-oncology, CNS, 
rare diseases, ophthalmology and immunology, 
including some new platform technologies like 
gene and cell therapies,” Sang-Jin Pak, senior 
vice president and head of commercial division, 
Samsung Bioepis Co. Ltd., pointed out: “As this 
innovation needs to be funded, we need to create 
the necessary headroom and oxygen through 
high-value approaches and by providing cost-
effective treatment options to more patients. 
Biosimilars are an effective, safe and efficient way 
to deliver high-quality options to more patients at 
a lower cost.”

Given the competitive nature of the field, 
biosimilar developers are expected to become 
increasingly sophisticated and indeed innovative 
themselves. “As there will be a growing number 
of biosimilars due to patent expiration, there 
will be continued challenges to distinguish them 
from competitors in diverse ways,” said HoUng 
Kim, head of the medical and marketing division 
at Celltrion Healthcare, which has adopted an 
“innovative or value-added strategy as part of the 
lifecycle management. In 2020, we are excited and 
delighted to launch the subcutaneous formulation 
of infliximab in Europe and expect another 
success story in the biosimilar industry.”
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Meanwhile, Equity Development’s Smith is 
watching an adjacent space. “After a disastrous 
debt-fueled few years, marked by intense price 
pressure, consolidation and pronouncements 
from politicians, is this sector due for a bounce? 
No, we’re not thinking of commodities, but generic 
and speciality pharmaceuticals,” he said. “Has Teva 
Pharmaceutical Industries Ltd. turned a corner? 
Will the Pfizer Inc.-Mylan NV transaction be a 
success for shareholders? 2020 should give us 
some visibility, not just on debt pay-down, but the 
long-term viability of the generic pharmaceutical 
business model.”

Leadership Diversity
Not everything is expected to change fast. “Female 
founders will continue to struggle to get attention 
and recognition,” warned Tzvia Bader, CEO of 
TrialJectory, an AI-driven technology platform 
company that helps cancer patients find trials.

But Julia Owens, CEO of Millendo Therapeutics 
Inc., “look[s] forward to seeing continued 
advancement for women and minorities in 2020 
and beyond” and points out that “the benefits of 
diverse workplaces and leadership are clear.”

“It’s widely recognized that diversity is lacking 
among corporate leadership, and that includes in 
the life sciences. I applaud industry-wide efforts 
that recognize and seek to remedy this persistent 
challenge, such as BIO’s ‘The Right Mix’ initiative, 
which has measurable goals through 2025. I see 
initiatives like these as positive signs that the 
importance of having a diverse set of voices at the 
table, including women and underrepresented 

minorities, is recognized and championed. 
Research shows that gender and ethnic diversity is 
linked to profitability. More specifically, companies 
with culturally and ethnically diverse executive 
leadership are 33% more likely to see ‘better 
than average profits’ [according to McKinsey & 
Company’s, “Delivering Through Diversity” report 
published in January 2018].

“Throughout my career in the life sciences, I 
have been supported by both men and women 
as mentors at various stages. My efforts to 
advance my career and seek out promotions 
and opportunities were sponsored by others, 
and particularly female mentors who also served 
as role models. At Millendo, we focus on hiring 
individuals with the necessary expertise in drug 
development, biotech and rare diseases, but 
we also are mindful of the benefits of a diverse 
workforce and it is a practice that, as our company 
grows to a commercial-stage organization, we will 
continue to emphasize.  

“While waiting for a recent investor meeting, I sat 
with a colleague and commented on the unique 
aspect of us — two women in leadership positions 
at a life sciences company — waiting for a high-
level investor meeting to begin. It shouldn’t be 
worth noting, but it is. I’m proud of the fact that 
we have women in leadership roles at Millendo, 
including both our CEO and chairman, and 
that half our board of directors is women. I’m 
encouraged by the growing awareness about the 
importance of diversity in leadership roles and 
applaud efforts to advance it.” 
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Executive Summary
The US election will intensify  the spotlight on drug 
costs, regulators will have their hands full with 
advanced therapy filings, and the need to address 
rising infectious disease threats will mount. 
Biosimilars, cannabis and Brexit are among other 
hot topics for 2020.

 

More than 80 industry executives have shared 
with Scrip their expectations for the year ahead. 
In the third part of our preview series, we 
put the spotlight on the policy and regulatory 
environment.

Government Policy
The US election in November was mentioned 
by many as a significant issue for the industry 
in 2020. “This is an election year of pivotal 
importance to our nation and to our industry,” 
Jeremy Levin, chairman of BIO and CEO of Ovid 
Therapeutics Inc., said. “We can expect our 
industry to be buffeted by politicians seeking 
short-term advantage to potentially set in place 
ill-considered legislation, or make statements 
attacking all segments of our industry.”

“There will be an increasing discussion on what 
will happen if there is a Democratic victory in 
November,” thought Craig Wylie, partner and 
member of the global healthcare and life sciences 
practice at Arthur D. Little, based in New York. 
“There is a high probability that significant change 
and associated risk will be coming, including 
considerations around severe pricing controls that 
are central talking points for Democratic policy.”

Analysts at Mizuho Securities are also bracing for 

pharma stocks to be knocked about in the election 
year. “We expect health care reform to be front 
and center in 2020, particularly as the Democratic 
party selects its candidate. There is a spectrum 
of ideas that run the gamut of ‘Medicare for All’ 
to return to a stronger ‘ACA-like’ environment, 
which to some extent makes stocks vulnerable 
to whoever becomes the front-runner. We see 
Joe Biden and Pete Buttigieg as being the most 
‘investor-friendly’ candidates, while Elizabeth 
Warren and Bernie Sanders fall to ‘less-friendly,’ 
due to their greater affinity for a ‘Medicare for 
All’ type program,” they wrote in an 18 December 
2019 note. They found it harder to predict the 
impact of the presidential and congressional 
elections in November, though.

Nooman Haque, head of Life Sciences and 
Healthcare at Silicon Valley Bank, also expects to 
“see a lot of chatter on pricing reform, access and 
innovation” in 2020, with health care reform “likely 
to feature prominently in the US election.”

Across the Atlantic, as the UK’s new government, 
led by Boris Johnson, “begins to discuss trade 
talks with the US in particular, all eyes will be 
on the impact on UK health care – these could 
involve better pricing and/or access by US pharma 
companies in the UK or some eased regulation,” 
Haque said. Also in the UK, he will be watching 
for how the government delivers its promised 
investment in the regions: “Ideally, such policies 
should focus on a combination of grassroots 
R&D support and more macro initiatives to help 
with the funding gap for high tech companies. 
Anything that looks too sector-specific will smack 
of a handout and most likely be a poorly targeted 
policy.”

Scrip Asks…What Does 2020 Hold For Biopharma? Part 3: 
Policy And Regulation
Pricing And Value Questions Dominate
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Drug Pricing And Costs
“In 2020, we can expect more focus on drug 
pricing from various governments across the 
world, as exemplified by proposals aimed at 
reducing overall drug and health care costs,” 
commented Robert Wessman, Alvogen Inc. 
founder, chairman and CEO and Alvotech 
founder and chairman. “This downward pressure 
should expedite biosimilar approvals, increasing 
biosimilar adoption rates worldwide, which 
will strongly benefit society and bring further 
sustainability to the global system.”

Salman Bokhari of Singapore-based Sidrapex 
agrees that “2020 will likely see pharma pricing 
pressure building up in the US prior to the 
November election,” and thinks “Biosimilars may 
witness a record approval rate in the US.”

Sheila Frame, VP, commercial for Sandoz US, also 
highlighted expected advances for biosimilars. 
“2020 could prove to be a landmark year for 
the US biosimilars market in particular, with the 
potential for legislation to be passed in Congress 
that would help to level the playing field by 
removing structural disincentives to biosimilars 
or even actively encouraging their use; in parallel, 
protein hormone products including insulins will 
be classified as biologics from March onwards, 
paving the way for the development of affordable 
insulin options to drive patient access to these 
critically needed medicines.”

But Brian Zietsman, president and chief financial 
officer, Enteris BioPharma Inc., warns that drug 
price crackdowns could have a disproportionate 
effect on smaller firms. “Without a doubt, the 
approaching US elections and the potential 
impact of drug-pricing legislation will be top of 
mind for everyone in the biopharma industry 
next year, especially small drug makers, and for 
good reason. Drug development is a high-risk 
venture made rewarding by profits, certainly, 
but also the knowledge that we are bringing to 

market therapies that save, extend and improve 
the quality of life for countless patients. Industry 
Goliaths may be able to weather sweeping pricing 
proposals, but small players will almost certainly 
shy away from pursuing risky, but high-value 
science if pricing is set in a way that hobbles our 
ability to recoup that investment.”

Genfit SA’s CEO Pascal Prigent and chief operating 
officer Dean Hum also expect drug pricing to 
be a key theme in 2020, foreseeing “continuous 
pressure with cost containment measures, 
especially in the context of US elections (although 
many ideas will probably not translate into actual 
decisions).” They see the spotlight on pricing 
as “also related to an increased focus on RWE 
[real-world evidence], and on drug adherence 
(compliance/persistence).”

Genfit is developing a treatment for non-alcoholic 
steatohepatitis (NASH), an emerging therapeutic 
area for pharma which the executives expect 
to be highly cost-sensitive “given the size of the 
population at risk.” As a result, “digital/AI will be 
a really important element of successful NASH 
strategies, from awareness to diagnosis, up 
to treatment and clinical management,” they 
predicted. “Interestingly, it’s quite clear that NASH 
will ultimately be a primary care market, given the 
high prevalence of the disease and the need to 
treat these patients with increased cardiovascular 
risk before they develop cirrhosis.”

Value Assessment
Health technology evaluation will continue to 
evolve in 2020, predicted Jennifer Bright, executive 
director, Innovation and Value Initiative, a non-
profit research organization focused on the 
science and practice of value assessment.

“Three parallel trends we’ve seen in 2019 will 
continue to pick up steam: increasing demand for 
information on the value of health technologies, 
especially biopharmaceuticals; a growing 
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number of voices asking whether we are doing 
value assessment the right way; and gathering 
momentum in efforts to improve methods for 
assessing value in health care,” she said. “Fueled 
by these trends, we will see a more widespread 
focus on aligning value assessment with the 
decisions being made daily in the real world.

“In 2020, an important part of this will be efforts to 
understand how real-world data can improve our 
understanding of value and be better integrated 
into decision making.”

Regulation
Tony Cordrey, European VP for strategic 
operations at Accord Healthcare Ltd., sees 
regulators as a brake on progress in 2020. 
“Technology is shrinking timelines to design 
and manufacture. However, the regulatory 
environment continues to stifle growth. For good 
reasons but not always for the best. We have seen 
agile, fast-moving digital technologies teaming 
up with pharma but as yet that realization of 
faster access to medicines is still some way away.” 
Despite this, he acknowledged some progress had 
been made. “There are some examples of change. 
For example, the 2D barcodes on packaging 
required under the Falsified Medicines Directive 
(FMD) offer the opportunity to empower patients 
to access up-to-date medical information on their 
smartphones.”

For Jack Talley, CEO of Squarex, the US Senate’s 
recent confirmation of the new Food and Drug 
Administration commissioner, Stephen Hahn, was 
“important news that has been overshadowed 
by the discussion about drug pricing, trade wars, 
IPOs and the 2020 US elections. The person at the 
top of the FDA sets the agenda for the agency and 
has tremendous influence over its philosophy. Dr 
Hahn’s decisions and policy shifts will impact our 
industry in many ways, not the least of which will 
be our ability to bring important new therapies to 
the patients who need them most.”

The FDA and other regulatory agencies will have 
their hands full when it comes to novel types of 
therapy, predicted Mark Sawicki, chief commercial 
officer at Cryoport. He expects 2020 to be “a 
record year for BLA/MAA submissions within the 
cell and gene space with eight or nine companies 
filing.”

Meanwhile, cancer will continue to dominate 
the drug review workload, noted the analysts 
at Mizuho Securities in an 18 December 2019 
report: “While approvals declined in 2019 relative 
to the two preceding years, oncology drugs 
remain a large proportion of new drugs and are 
disproportionately represented in approvals, 
fast-tracking and breakthrough designations. With 
pipeline volume of oncology-focused NCEs still 
robust, we anticipate this will continue.”

William Levine, founder and chief scientific officer 
of CannRx, foresees the harmonization of US state 
regulations on cannabis, and predicts that in 2020 
“[US] federal government takes [the] first steps 
into legalizing medical use.”

Nimesh Patel, co-founder and vice chairman of 
Redbird Bioscience, a producer of pharmaceutical-
grade cannabis based in Oklahoma, also expects 
to see “a lot more regulatory activity in 2020 on 
both the state and federal levels.”

He said: “While many state legislatures have 
recognized the benefits of cannabis for both 
medical and adult-use purposes, the conversation 
surrounding the federal de-scheduling of cannabis 
will continue. Advocates, like Redbird, will be 
pushing for increased access for patients looking 
to treat numerous ailments with cannabis-based 
products and clearing the way for science-driven 
data via randomized clinical trials of cannabis, 
which is not possible with a scheduled substance.”

He added: “As more states look to legalize 
marijuana in 2020, Oklahoma could provide a 
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valuable blueprint for how states can do this right. 
Oklahoma is the fastest growing medical cannabis 
market in the US. With over 200,000 medical 
cannabis patients now licensed in the state, we 
anticipate that Oklahoma will continue to expand 
and work on building out their program to ensure 
efficacy and safety for all patients.”

Biosimilars
Sandoz US’ Sheila Frame expects some important 
developments in the field of biosimilars in 2020.

“We are optimistic that patients will begin to 
benefit directly in the cost savings of biosimilars. 
For example, employee group health plans could 
be redesigned so that a portion of the savings 
of biosimilars flows back to the employees,” she 
commented. Furthermore: “We anticipate that 
in 2020 health authorities, professional societies 
and other stakeholders will identify and address 
biosimilar misinformation and disparagement. 
This is turn will help physicians and patients 
become more comfortable about use of 
biosimilars.

“Finally, health authorities and companies are 
actively considering ways in which the clinical 
development programs for biosimilars can be 
streamlined by incorporating the knowledge 
gained in the years since biosimilars were first 
approved in Europe and the US. There are several 
options that are already being discussed and we 
are optimistic that some will be implemented in 
2020.”

R&D Incentives
David Arthur, president and CEO of Salarius 
Pharmaceuticals, wants more incentives for 
certain areas of R&D. “Although we’ve seen 
remarkable advances over the past two decades, 
we head into 2020 with far too many patients 
suffering rare diseases or pediatric and hard-to-
treat cancers who desperately need, and deserve, 
additional therapy options. My hope is that in 

2020 we pay heed to the estimated 30 million 
Americans who live with any one of more than 
7,000 rare diseases and the need to incentivize 
biotech companies to pursue treatments for these 
devastating, life-threatening disorders.”

AMR
Antimicrobial resistance is another area where 
development incentives are needed. Jeff Stein, 
CEO of Cidara Therapeutics Inc., believes 
“2020 will represent an inflection point in our 
ability to respond to the global crisis of drug-
resistant superbugs as well as in the prospects 
of companies equipped to respond to this crisis 
by developing effective new treatments and 
preventatives. We will see an increasing number 
of patients succumbing to infections due to the 
growing ineffectiveness of broadly administered, 
generic antimicrobial drugs. At the same time, we 
will likely see more bankruptcies of companies 
developing effective new antimicrobial drugs. 
Fortunately, a potential solution for these 
two trends is an overhaul of how hospital-
administered antimicrobial drugs are reimbursed. 
The bipartisan DISARM Act, which would provide a 
DRG carve-out for innovative antimicrobial drugs, 
has been introduced into Congress and is awaiting 
an appropriate legislative vehicle to be attached 
to. In parallel, CMS has taken initial steps toward 
changing its policies on the reimbursement of 
antimicrobial drugs administered to hospitalized 
patients. We will know in 2020 whether one or 
both of these two potential solutions become 
reality.”

Meanwhile, in the UK, Summit Therapeutics 
PLC CEO Glyn Edwards expects the focus to 
remain on the roll-out of a pilot scheme for 
subscription payments for novel antibiotics. While 
he acknowledged that the scheme is positive 
as a reflection of a changing attitude towards 
the purchase of antibiotics, and as something 
that is attracting interest from multiple other 
governments around the world, he expressed 
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concern that it isn’t sufficiently “ambitious.” Based 
on the “fire extinguisher principle,” it ensures a 
return for companies selling useful “insurance” 
products that may not be widely used in practice, 
but is “not so helpful for wide-use products to 
become the new standard of care. It needs a bit 
more work to see how to address big new things,” 
he warned.

“There isn’t a huge amount to help those products. 
We need a change in the attitude of stewardship 
committees to think about what is the best drug 
for the patient, not what is the cheapest drug.”

Climate change is exacerbating the global 
challenge of infection, noted Thomas Lingelbach, 
CEO of Valneva SE. “Globalization and climate 
change will continue to trend in 2020, as more 
people suffer from extreme weather and vector-
borne diseases. In addition, the WHO recently 
announced that climate change is potentially the 
greatest health threat of the 21st century. Due to 
the current lack of preventative treatment options 
against infectious and vector-borne diseases, the 
biopharma industry will focus on this significant 
and global unmet need. Climate is one of the 
many factors that can impact the distribution of 
vector-borne diseases and year-to-year climate 
variability can result in the expansion of endemic 
regions.”

“As we reflect on 2019, the overall geographical 
footprint of many infectious diseases has 
increased and will continue to rapidly grow at 
what are considered alarming rates, therefore 
driving a spike in incidence rates (as seen in 
2019 for diseases such as Lyme disease, EEE 
[eastern equine encephalitis], West Nile, Japanese 
encephalitis, dengue, Zika, chikungunya and 
malaria),” he added. “Overall, infectious and 
vector-borne diseases continue to be a leading 
cause of death worldwide and in order to stop 
this growing threat, safe and effective prevention 
methods must be developed.”

Vaccines
Sanofi CEO Paul Hudson also identified infection 
prevention as a key area of focus for 2020, issuing 
a rallying cry for vaccination.

“Vaccines work. It seems an obvious statement 
of fact, but in 2019 we saw that there is still a 
lot of work to do to ensure that no one in the 
world suffers or dies from a vaccine-preventable 
disease. The number of wild polio cases tripled 
this year in Pakistan, and we have seen vaccine-
derived poliovirus in Malaysia and the Philippines 
for the first time in decades. Measles outbreaks 
across the world have led to over 140,000 
deaths this year. Every one of those deaths is 
a preventable tragedy, including the 70 deaths, 
mainly of young children, on the tiny island of 
Samoa. Even a developed country like the US 
experienced its greatest number of measles cases 
in 25 years,” he wrote.

“In our ‘post-truth’ era, public health is 
unfortunately not immune to fake news and 
misinformation, leading many people to question 
the value of vaccines, threatening the major gains 
made over the last few decades in controlling 
severe vaccine-preventable diseases. As a 
consequence, the World Health Organization 
(WHO) elevated “vaccine hesitancy” to one of 
the top ten threats to global health,” Hudson 
continued.

“Yet, we have reason to think that 2020 will be 
an important year for strengthening vaccination 
policies across the world. The WHO will ramp 
up its efforts with a new global strategy which 
envisions for the next decade a world where 
everyone, everywhere, at every age, fully benefits 
from vaccines to improve health and well-being. 
Additionally, the GAVI replenishment conference 
will be held in mid-2020 in the UK to mobilize 
the resources required to expand immunization 
programs in developing countries for the 2021-
2025 period.”
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“The biopharma industry will have a key role to 
play working in partnership with global health 
organizations and governments across the world 
to reinforce public trust in vaccines and the 

benefits of vaccination for health care systems. 
Vaccines work. And we cannot be complacent in 
ensuring that they reach people who need them, 
all over the world.”
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Executive Summary
From the general to the particular: drug 
developers are increasingly tailoring therapies 
to individuals. Driven by important advances in 
understanding biology as well as new tools to 
harness big data, industry participants expect 
significant progress in biopharma’s approach to 
the patient.

 

The final installment of Scrip’s round-up of 
industry insiders’ views of the big issues that will 
shape 2020 focuses on one figure that was a 
recurring theme among the 80+ people we spoke 
to: the patient.

Although patients have obviously loomed large 
throughout the history of the biopharma industry, 
recent years have seen a gathering interest in re-
appraising their needs, wants and challenges and 
adapting R&D and business strategy accordingly.

While “patient centricity” as a term may be on 
the wane, the idea behind it continues to gather 
momentum, and the idea of optimally treating the 
individual patient rather than taking broad aim 
at a general population of patients is commonly 
viewed as an industry ideal nowadays.

The way treatments work in the body is being 
refined as understanding of human biology is 
becoming better understood. This has led to a 
greater focus on “developing treatments that 
reprogram or harmonize the body rather than 
suppressing or altering its functions,” points out 
metabolism-focused biotech Axcella Health Inc.’s 
CEO Bill Hinshaw. Similarly, Mark McCamish, CEO 
of cancer immunotherapy developer Forty Seven 

Inc., is expecting 2020 to bring advances in new 
immune treatments that “unleash the innate 
immune system using macrophages,” while Amit 
Kumar, CEO of another immune-focused oncology 
firm, Anixa Biosciences Inc., is watching for data 
readouts on “vaccines that inoculate healthy 
people against [cancer].”

More generally, “novel genetic pathways will 
continue to be unveiled, which will drive the 
development of a larger number of personalized 
medical treatments in 2020 and beyond,” said 
James Brown, CEO of Durect Corp.

“I believe that we will start to see a greater 
approach to treating the patient, not simply a 
diagnosed condition,” commented Bert Liang, 
former CEO and currently a strategic advisor of 
Abcentra, a firm developing antibody therapies 
for inflammatory conditions. “With many diseases, 
there are often several factors at play that can 
influence a patient’s condition. Rheumatoid 
arthritis patients, for example, have an increased 
risk for atherosclerosis. And yet, we have limited 
approaches, including primary therapies, in this 
context. A better understanding of individualized 
patient needs and conditions, both from doctors 
and biopharma developers, will lead to a more 
personalized, effective state of care in 2020.”

A focus on the patient rather than the disease 
also influences how trials are designed: “I think 
the time has come for drug developers to more 
carefully and fully ‘tune in’ to the voice of the 
patient as we design clinical trials for drug 
approval. Of course, we all must meet regulatory 
requirements for safety and efficacy but I believe 
it will become more and more critical to truly 
listen to the needs of the patient in order to 

Scrip Asks… What Does 2020 Hold For Biopharma? Part 4: The 
Patient
Pharma Is Getting More Personal
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adequately satisfy their clinical concerns,” said 
Steven Squinto, interim CEO of genetic medicines 
company Passage Bio.

‘Holistic Health Ecosystems’
Satisfying patient needs entails going beyond the 
pill.

“In 2020, biopharma companies will continue to 
evolve from developers of medications to creators 
of holistic health ecosystems,” said Alexander 
Scott, chief strategy officer at Eisai Inc. “The 
industry will pursue tools, such as digital and 
voice, to enhance understanding of the disease 
process and patient journey outside of the 
traditional clinical trial model. As an industry built 
on the acquisition and application of knowledge, 
we must learn how to best use the vast quantity of 
novel data to achieve better health outcomes and 
experiences for patients and their families.”

Tony Cordrey European VP for strategic 
operations, Accord Healthcare Ltd., is optimistic 
that “the pace of technological innovation will 
continue to shape the industry for the better 
and improve patient education and access to 
medicines. Prevention and early identification of 
diseases and personalized therapy will become a 
reality.

“Show most people a 2D matrix code and they 
take out their phone and scan it. That means 
we can go beyond just giving them counterfeit 
information to add links to video tutorials or 
patient advocacy information. This has the 
potential to replace hard copy or online patient 
information leaflets (PIL) which hardly get seen 
or accessed. We are just scratching the surface of 
using technology to inform and educate patients,” 
he said.

He thinks there is significant scope for increasing 
patients’ ability “to be connected with their 
medicines and clinicians. AI analysis continues 

to grow to identify patterns of informed data. 
Personalized DNA testing is here but as yet not 
used to its greatest benefits to come.” But he 
warns that it will take time to reach its potential. 
“We are at the beginning of a new generation of 
discovery but not to the point of fast-tracking it to 
the people who need it.”

Big Data ... Better Data
Indeed, one of the main foundations of patient 
centricity is big data. In 2020, “look for an 
increased focus on finding ways to make better 
use of the wealth of data from social media, 
primary and secondary market research, patient 
interviews, call center reports and EHRs,” 
commented Jane Reed, director of life sciences 
at Linguamatics, an IQVIA company. “We will also 
see precision medicine move from promise to 
reality with greater emphasis on niche diseases as 
researchers gain better access to real-world data 
that provides deep insights into disease states and 
the efficacy of treatments. In addition, we’ll have 
more collaboration between pharma and health 
care organizations, especially for research on rare 
diseases that often require a wider network of 
cohorts to understand trends.”

Anne Whitaker, CEO of Aerami Therapeutics, 
formerly known as Dance Biopharm Inc., also 
highlighted collaboration between different 
stakeholders. “A key trend we’ll see in 2020 is 
closer collaborative innovation between biotech, 
medtech, academia, patient groups and big 
pharma – sharing data and insight,” she said. “The 
digital transformation will continue with digitized 
medicine and encompass assessment, diagnosis, 
treatment, compliance and adherence by 
integrating connected health technology, drugs, 
devices and provider intervention.”

Venky Soundararajan, co-founder and chief 
scientific officer of biomedical data software 
specialist nference, thinks better, automated 
use of data in clinical care will be a feature of 
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the coming year. “Institutional knowledge being 
invoked to improve every patient’s clinical care is 
indispensable, but automating this operation is far 
from fact for even the top medical centers. Real-
world evidence has existed since the advent of 
the medical record in 1907. Symptoms, diagnoses, 
treatments and outcomes have been readily un-
available since then.

“However, the recent renaissance in neural 
networks and natural language processing has 
enabled success of artificial intelligence and 
machine learning (AI/ML) in health care where 
many have failed. Companies are beginning 
to see success in analyzing unstructured data 
including images, waveforms and free-form text. 
For example, natural language processing is being 
used to build patient cohorts around diagnoses 
found in clinical notes and to mask personal 
health information while recognizing the context. 
This technology can remove Lou Gehrig’s name 
while allowing statistical analysis of the symptoms 
of his condition in a cohort of patients with Lou 
Gehrig’s disease. If there is any doubt that AI/ML 
can be used in clinical care, I say look to 2020 to 
see further advancements in this field.”

Orphan Optimism
Jim Powers, chairman and CEO of HemoShear 
Therapeutics LLC, is also optimistic about the 
prospects for patients with rare diseases. “As 
a company dedicated to the discovery and 
development of drugs to improve the lives 
of people born with rare metabolic diseases, 
we are also excited by overall progress in the 
development of therapeutics for rare diseases and 
look forward to seeing these innovations convert 
into new life-changing medicines as we move into 
this new decade,” he told Scrip.

Abe Ceesay, CEO of Tiburio Therapeutics Inc., 
concurred. “Drug discovery and development for 
orphan indications will continue to grow in 2020, 
bringing hope to patients living with rare diseases. 

Novel science tools will emerge in an effort to 
vastly improve new treatments and lead to the 
development of additional drugs for rare diseases, 
which otherwise have few or limited therapeutic 
options. With more than 7,000 rare diseases 
affecting up to 350 million people worldwide, 
resources will be necessary to push drug 
development efforts forward in the coming year. 
We believe that biopharmaceutical companies will 
continue to connect with patients and the health 
care community to drive the creation of impactful 
and meaningful treatments.” 

Around 95% of rare diseases still have no 
treatment, pointed out Ron Cooper, president 
and CEO, Albireo Pharma Inc. “In 2020, I think 
we will see an urgency to innovate in new ways 
– such as more closely integrating with patient 
communities, pursuing more flexible trial designs 
and small-scale studies, incorporating real-world 
evidence, pooling drug discovery resources (e.g., 
The Rare Disease Cures Accelerator-Data and 
Analytics Platform) – to move rare disease drugs 
forward faster for patients who desperately need 
them.”

That chimed with the view of Nancy Yu, co-
founder and CEO of digital health start-up RDMD. 
“I think we will see more of a community-driven 
approach to R&D and clinical development that 
involves all stakeholders – patients, research 
doctors, patient advocacy groups and industry,” 
she said. “We are already seeing how influential 
patients and their communities can be in rare 
disease to jump-start interest in new drug 
programs (in 2018, rare diseases accounted for 
57% of all novel drugs approved by FDA).”

Cutting Edge Technology: From AI To Gene 
Therapy
“Patients will drive innovation in the health 
industry,” stated Tzvia Bader, CEO of TrialJectory, 
which provides cancer patients with an AI-
powered technology platform to help them 
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find clinical trials. “AI capabilities will continue 
to remove barriers in the health industry,” she 
predicted, adding that “personalized medicine will 
need smart tools to support it.” She also thinks 
there will be “continued pressure to include 
more diversity of patients in clinical trials; patient 
empowerment will be a key driver in defining 
how treatments are delivered; and advanced 
treatments will move into the community setting.”

Jeff Aronin, chairman and CEO, Paragon 
Biosciences LLC, thinks advanced therapies 
offer promise for patients with “severe medical 
conditions where adequate treatments don’t exist. 
We are particularly encouraged and enthusiastic 
about the role that gene therapy will play in 
reshaping the landscape relating to these kinds of 
diseases. As a result, we are investing heavily in 
becoming an industry leader in cellular and gene 
therapies, with one product approved already and 
several more that we are expecting over the next 
few years,” he noted.

Some singled out other patient groups as likely 
to benefit in 2020. “I am particularly hopeful that 
2020 will be the year of the child, and anticipate 
seeing major advancements for children with 
cancer, who desperately need and deserve new 
and less toxic treatments,” said Gwen Nichols, 
chief medical officer, Leukemia & Lymphoma 
Society.

Cancer
“There will be a continued focus on differentiated 
assets in oncology that drive meaningful 
advancements in standard of care. Focus on safety 
and tolerability will continue to heighten. We can 
expect more therapeutic combination approaches 
to deliver value to patients,” commented Behzad 
Aghazadeh, executive chairman of Immunomedics 
Inc. and Managing Partner at Avoro Capital.

Adrian Gottschalk, President and CEO of Foghorn 
Therapeutics, also expects progress in cancer in 

general, although there is still a long way to go to 
truly serve all patients’ needs. “Looking towards 
2020, the cancer community will continue to 
build on the positive momentum of promising, 
emerging fields such as CAR-T therapies. 
Unfortunately, cancer is now the leading cause 
of death and while treatments have made 
considerable progress, there is still room for 
improvement. In the future, it will be critical to 
combine earlier detection and new ways to target 
the drivers of cancer to better support this patient 
population.”

Alex Ovadia, CEO of cancer diagnostics developer 
Check-Cap Ltd., thinks this is coming. “We will 
see an increasing level of innovation in cancer 
diagnostic and screening technologies in 2020 and 
beyond. There has been increased awareness for 
the need of methods with enhanced sensitivity 
and specificity to aid not only in early detection of 
cancer but in the identification of pre-cancerous 
lesions before they turn into cancer. While we 
have seen an increasing number of patient 
friendly, non-invasive screening methods using 
biomarkers to detect cancer, these methods are 
still not able to identify-pre-cancerous lesions 
although there is a significant need for that. 
In addition, computational advances, such as 
artificial intelligence and deep-learning algorithms, 
are being incorporated in multiple screening 
tests in development to help accurately and 
consistently diagnose lesions and minimize the 
rates of false positive and negative diagnosis.”

CytoDyn Inc. CEO Nader Pourhassan highlighted 
diagnostics as a key component of personalizing 
cancer therapy. “Coupling multiple therapeutics 
with advanced diagnostics that can help identify 
specific types of cancer makes it possible to 
design optimal treatment strategies for patients. 
It is exciting to see the development of targeted 
immunotherapies and a rise in personalized 
treatment plans,” he commented.
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Ovadia is also optimistic that patient adoption 
of screening will be improved. “Unfortunately, 
progress in the development of more powerful 
screening methods does not always drive higher 
screening rates. Screening barriers remain, mostly 
associated with invasiveness and inconvenience 
of current procedures. For instance, in the case 
of CRC [colorectal cancer], almost 40% of the 
recommended screening population in the US 
and a larger percentage in Europe and Asia 
avoid screening due to barriers associated with 
the colonoscopy procedure, including required 
preparation, invasiveness, possible pain, and 
embarrassment. Similar barriers remain in 
screening for other cancer types, such as breast 
or prostate cancer. I am excited to see in 2020 
further innovation in the development of patient-
friendly screening technologies that adapt to the 
patient needs, without sacrificing accuracy and 
effectiveness.”

In line with improved and earlier detection trends, 
some foresee a greater focus on improving 
therapies to be used earlier in the course of the 
disease. “A trend towards increased attention on 
first- or second-line therapies can give patients 
and their families more options on how they 
proceed following a devastating cancer diagnosis,” 
commented Ulf Jungnelius, CEO of Isofol Medical, 
who also foresees improvements in personalized 
medicine. “Another area of significant importance 
is the use of biomarkers that predict efficacy. 
Targeting the right patient population to gain the 
most benefit with a treatment is key and avoiding 
treatment of patients with non-efficacious drugs. 
Identifying point mutations or gene-expression 
differences and other features that helps tailor a 
drug for a specific patient is the future of modern 
treatment algorithms.” 

Diabetes
“The development of innovative therapies for the 
treatment of diseases with worsening patient 
outcomes, such as diabetes, will continue to trend 

throughout 2020,” said Robert Geho, CEO of 
Diasome Pharmaceuticals Inc.

“Currently available insulin therapies are 
inherently suboptimal, since they fail to restore 
normal physiology and subsequently put patients 
at risk of blood sugar highs and lows. In fact, 
recent publications show that people living with 
diabetes are still not meeting recommended 
blood glucose targets despite the adoption of 
sophisticated technologies, such as continuous 
glucose monitors, insulin pumps and rescue 
glucagon. If these alarming statistics aren’t 
motivation enough, the global economic burden 
of diabetes is also predicted to increase to 
$2.3tn, or 2.2% of the global GDP, by 2030. High 
costs of insulin are another known barrier for 
patients with diabetes and it is highly likely that 
conversations around this hot topic will persist. In 
the upcoming year, drug developers will have the 
opportunity to make necessary, critical change to 
improve insulin and increase accessibility of this 
improved version in an effort to finally improve 
patient outcomes.”

Women’s Health
Bradley Robinson, president and CEO of 
Predictive Technology Group Inc., is optimistic 
about progress in women’s health in the coming 
months. “2020 will be a defining year for women 
searching for answers about endometriosis and 
other diseases that can cause reproductive health 
concerns such as infertility,” he said.

“The exact causes of these diseases remain 
uncertain; however, with rapid advancements 
in medical technology and our understanding 
of genetics, diagnosing these diseases early in a 
woman’s life is something on the horizon. Using 
comprehensive genetic libraries and mapping, 
as well as innovative diagnostic testing tools, 
can help women and their clinicians make 
informed decisions to determine appropriate 
treatment approaches. We should expect more 
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insights about genes and diagnostic testing for 
reproductive health concerns in the coming year.”  

Biosimilars Drive Patient Access
From cutting-edge innovation, to broader 
access to existing technologies: the loss of 
exclusivity for major biologic therapies will also 

be important for patients in 2020. “The market 
entry of the first rituximab biosimilar Truxima and 
trastuzumab biosimilar Herzuma in the US will 
offer opportunities to improve patients’ access 
to advanced therapies,” pointed out HoUng Kim, 
Celltrion Healthcare’s medical and marketing 
division head.
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