Alternative Payment Mechanisms

A range of industry stakeholders, including
manufacturers, patient-advocacy groups, and
payers have recognized the need to adapt or
replace the standard payment system if gene
therapies are to become widely available.
Several alternative payment mechanisms,
including the following, have been proposed:
» Annuity-based payment. The payer agrees
to pay a fixed price for the therapy and pays
in regular installments, like with an annuity,
spreading the cost over time.
» Outcomes-based payment. The payer

If the therapy achieves prespecified
outcomes, the payer pays the remainder in
full. This model spreads the risk, therefore,
between the payer and manufacturer.

» Outcomes-based rebate. The payer pays
the full price of the drug up front but
receives a rebate if the drug does not
achieve prespecified outcomes.This model,
again, spreads the risk between the payer
and manufacturer.

» Outcomes-based annuity. The payer pays
a fixed price, with payments spread over
many installments, but only if the drug
continues to meet certain prespecified
outcomes. This model, too, spreads the risk
between the payer and manufacturer.
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pays only a portion of the full price up front.

» Commercializing Gene Therapies

T he advent of gene therapy — person-
alized medicine reflecting the poten-
tial to minimize or cure disease — is
an extremely exciting field in disease manage-
ment. This new frontier has vast opportunities,
but also potential challenges.

A handful of gene therapies are FDA-ap-
proved with dozens more in the pipelines of
biotech and pharma manufacturers, big and
small. Rare diseases are poised to reap some of
the greatest benefits given that an estimated
80% of rare diseases are attributable to an
underlying genetic culprit.

Gene therapy development is expected to
pick up pace, according to analysts at Global-
Data. But there are also challenges associated
with the development of gene therapies, most
prominently being their high price points.
Key opinion leaders interviewed by Global-
Data highlighted the need to create sustain-
able funding solutions so that such therapies
become accessible to patients everywhere irre-
spective of where patients are located.

The gene therapy community is at a piv-
otal point, with several approved gene thera-
pies on the market — Kymriah, Yescarta, and
Luxturna; Zolgensma has been approved but
has not launched. The Alliance of Regenera-
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The most effective way to
prepare for postapproval
success is to generate
strong evidence of
sustained value in the
target patient population. the

DARYL SPINNER

by Denise Myshko

After Approval, Can
Gene Therapies Achieve
Marketing Success?

Having a well-designed plan that addresses the needs of all
stakeholders — patients and their families, medical institutions, payers
and manufacturers — will help drive successful outcomes.

tive Medicine (ARM) reports that more than
700 cell and gene therapies are currently being
developed, including nearly 50 therapies in
Phase III trials.

Gene therapies are transformative and in-
novative in their molecular mechanisms of
action and their one-and-done administration,
potentially providing cures for very serious,
progressively life-threatening diseases, many
of which have no good alternatives. They offer
great benefits, but also great challenges to
health systems.

“The gene therapy field has overcome
many obstacles to reach its current state where
the FDA has begun issuing approvals,” says
Daniel Eisenman, Ph.D., director, biosafety
services, Advarra. “For the field to succeed,
some remaining obstacles must be overcome,
such as pricing and payment method. Govern-
ments and insurance companies are still debat-
ing how to pay for gene therapies, which may
range from hundreds of thousands of dollars to
a few million dollars to treat a single patient.
Pharmaceutical companies must have a means
of recouping costs and show profits to reward
their risks and innovations and encourage the
field to grow. Creative approaches to this di-
lemma include performance-based payments
where the price is spread out
over several years as long as a
gene therapy continues to de-
liver its anticipated results.”

“We have seen that both
payers and the companies
bringing these therapies to
market are struggling with
changing reimburse-
ment paradigms needed for
these therapies,” says David
Fischer, Ph.D., executive di-
rector discovery sciences, sci-



THE GLOBAL CELL AND GENE
THERAPY MARKET WAS VALUED

AT $1.07 BILLION IN 2018 AND IS

PROJECTED TO GROW TO MORE
THAN $8.95 BILLION BY
2025,FOR A CAGR

OF 36.52%.
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entific advisory services, Charles River. “They
are very expensive to develop and are typi-
cally only intended to treat a small patient
population. Long-term efficacy studies, both
clinical and preclinical, would potentially help
in building the case for a potential cure as the
outcome of a single administration.”

Some of the most important consider-
ations for a gene therapy’s success
postapproval will be the access and
reimbursement policies, says Cynthia
Verst, Pharm.D., president, R&D
Solutions, IQVIA. “Typically, mar-
keted products in this space command
price tags well more than $1 million
per patient so, for governmental agen-
cies as well as private payers, true
availability of these medicines will
remain the primary challenge for the

outcome evidence. “The ability to design in-
novative postmarketing programs and to link
longitudinal real-world evidence with primary
datasets for individual patients to demonstrate
long-term effectiveness and safety will be key
for gene therapies to succeed after FDA ap-
proval,” Ms. Verst adds.

Payers are Key to Success

Payers are expected to hold the key for
successes, and the cost and coverage of gene
therapies will be hot topics for years to come.
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The ability to design innovative
post-marketing programs and to
link longitudinal real-world evidence
with primary datasets for individual
patients to demonstrate long-term
effectiveness andsafety will be key
for gene therapies to succeed.

CYNTHIA VERST
IQVIA

Current therapies require a close partnership
among all stakeholders, with the manufacturer
often providing a single point of contact to
navigate insurance coverage and connect pa-
tients with resources as needed.

McKinsey says the pharma industry must
recalibrate its development and reimburse-
ment model for therapies that go beyond the
traditional approach to disease treatment.

Our industry experts say for gene therapies
to be adopted successfully, the biopharma com-
pany must understand and address the needs of
four key stakeholders: patients; providers —

Challenges Across Sectors Stand in the Way of Realizing Potential of Gene Therapy

GENE THERAPY CHALLENGES BY DEGREE OF DIFFICULTY

Difficulty to Overcome
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foreseeable future,” she says. “A suc- Market Access Therapies are costly,and health @ Requires significant changes to

cessfully marketed gene therapy will systems — especially in the U.S. — are @ the healthcare ecosystem; multiple

need a well-vetted plan with clear not set up for one-time large payments @ stakeholders involved

labeling for the intended sub-patient

populations, as well as the entire epi- Clinical Long-term safety and efficacy have yet @ Requirestime and further research to

sode of patient care.” to be established @ ensure long-term safety and efficacy;
Ms. Verst says success in the mar- @ common issue in new modalities

ket will largely be defined by the ther- i . o . .

apy’s durability of response, which is Provider and One-time therapies disrupt current @ Can be mitigated by selectively

often considered the most important Hospital Economic = healthcare economics (buy and bill) @ choosing providers but challenging

indicator of value. “Some gene ther- Disruption to implement more broadly

apies may be able to yield long-term Manuf X Cost of a0ods sold i high Sianif . ired

and/or curative Wendfits, but many anufacturing ost of goods sold remain hig @ Significant investment required to

partially due to low and variable yields, expand capacity; yields will increase

may not provide more than periodic
relief and, given their pricing, this
could substantially affect how the
success of a marketed gene therapy is
both defined and evaluated,”she says.

She says this “outcome-based per-
formance reimbursement” will require
a scientifically robust and cost-sensi-
tive method of collecting long-term

with limited manufacturing capacity as more therapies reach clinical scale

Customer Journey Finding patients is challenging, Challenge expected to expand

especially for rare diseases that were beyond rare diseases

previously untreatable

Source: McKinsey
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both care deliverers and institutions; payers;
and policymakers. The industry is already
seeing novel reimbursement models, such as
pay-over-time options and outcomes-based
models, start to emerge. These are good op-
tions, but experts say additional, more creative
solutions that can get these therapies in the
hands of patients who desperately need them
as efficiently as possible are required.

COMMERCIALIZING GENE THERAPIES

Gene therapies strain the traditional reim-
bursement model where therapies are adminis-
tered in small doses over a long period of time,
says Daryl Spinner, Ph.D., managing director,
real-world value and strategy, Evidera.

“Therapies are typically reimbursed as they
are provided, and since gene therapies tend to
be administered only once and offer extraor-
dinary value, payment commensurate with

their value is expected upfront,” he says. “This
results in a single relatively high payment,
sometimes $1 million or more, where payers
are required to compensate the full value of
gene therapy upfront and by extension believe
that the value promised will be sustained and
fully realized over the long term.”

The wholesale acquisition cost (WAC) of
each of the three CGTs launched to date has

The Need for Education

LAURIE BARTOLOMEO
Executive VP, Creative
Director, Dudnyk

First and foremost, there
have to be patient popula-
tions that receive a diagnosis

and are ready and willing to
participate in a trial. One way to find these pa-
tients is to drastically improve access to more
broad-based genetic testing such as partial and
whole genome sequencing. Currently, there are
many barriers blocking this access — not just
from a lack of awareness and education, but also
from financial, geographic, and sometimes even
philosophical/religious standpoints. As industry
leaders, we should be breaking down these barri-
ers and driving patients to the answers they need
and, ultimately, to these life-changing treatments.
Secondly, as gene therapy approvals increase,
there will be a need for a significant shift in the
mindset of clinicians as they evaluate the value of
these therapies and how they communicate that
value to patients.Gene therapy trials, by necessity,
are often conducted in small patient populations
using nontraditional efficacy measures. There is
often no randomization, few or non-existent p
values, and all too often the improvements pa-
tients experience cannot be measured by any
existing clinical scale. In some cases, such as that
of the first gene therapy for inherited retinal dis-
eases, investigators had to create their own mea-
surement tool to evaluate the ability of a therapy
to improve functional vision,a concept previously
unknown to clinicians. Another example would
be the challenges facing gene therapies in de-
velopment for neurological disorders in children.
The developmental improvements these thera-
pies can offer may not be able to be measured
with traditional tests. What may seem small and

incremental to clinicians might be considered ab-
solutely life-changing for the child and the family.
Tough conversations will have to happen to deter-
mine when and if such a gene therapy is “worth it”
for a family, and how that worth is determined will
hinge largely on empathy and understanding of

what is meaningful to patients.

JULIANNE DUNPHY, PH.D.

Director of Medical Strategyand Solutions,
Cambridge BioMarketing

Importantly, to succeed in the long term, manu-
facturers must establish “product-plus” value while
simultaneously setting clear treatment expectations
among HCPs, patients, families, and the public alike.

For many, the dream of gene therapy has histori-
cally occupied the same mind space as cure; it's the
ultimate goal, but it's also a tall order. Not all gene
therapies hold curative promise and those that do
must stay vigilant about unforeseen, future concerns
about safety and yes, even the potential for waning
efficacy. Long-term data, real-world evidence collec-
tion, and patient input are critical to solidify and bol-
ster the incredible promise gene therapies offer us.

Patient management is needed from the start to
help guide expectations before, during, and after
therapy. Helping patients understand expectations
is critical to managing the process. The ‘pre’ therapy
phase may require collection of the patient’s cells for
manufacture, as well as any medication and prepara-
tion for infusion day.

Post-therapy includes monitoring, potential med-
ications, and long-term follow-up. Proximity to and
support from the center of excellence may also
be necessary. Recognizing the complexities and
high-touch needs of gene therapy has required
manufacturers to implement comprehensive sup-
port programs to help patients and their families
navigate the process.

November/December 2019 © PharmaVOICE

DON GABRIEL, M.D., PH.D.
Senior Director,Medical
Oncology and Scientific
Strategy, UBC

Education of the physician
and staff will be required to

assure the proper handling
and administration of the therapy. Unique ad-
verse events will need to be recognized and ap-
propriately managed, making pharmacovigilance
even more important. In the case of genetically
engineered stem cells, an approved stem cell lab-
oratory and staff will be required to ensure proper
management of the engineered stem cells. The
cost of production and the time from diagnosis
to availability of the product will be important in
some situations. Finally, the patients will require
entry into a registry for long-term follow-up to
identify any potential late adverse events. Pro-
viders require clinical evidence to support their
initial benefit-to-risk assessment. Once they are
convinced of its value, payment for the product
and its administration must be assured. They will
likely require support from the gene therapy de-
veloper in managing insurance hurdles.

AMY GRAHAM

Client Engagement
Officer, Ogilvy Health
The success of gene therapy
requires careful planning
and alignment from all stake-
holders to ensure the best
delivery and outcomes for patients.The personal-
ized nature of gene therapies, along with limited
shelf life and stability, mean that products cannot
necessarily be manufactured in bulk. So, even
when the manufacturer secures approval, there
may still be delivery challenges to address.
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are diseases with single gene mutations are now showing

great potential for treatment and, in some cases, even

the potential for a cure. Certain cancers are also being
treated using these techniques. New products are rapidly being
introduced to the marketplace, and the number of early stage assets
are expanding rapidly. Several different treatment approaches are
used, but all strategies aim to target the correction of a mutated or
missing gene.

A well-established strategy employs a genetically engineered virus
that is directly infused into the patient. The virus targets and infects
a specific tissue where its genetic cargo is released and incorporated
into the targeted tissue. A variety of different viruses have been
used, such as adenovirus, adeno associated virus, lentivirus, and
Maloney leukemia virus. Rare diseases currently being treated include
Hemophilia, Duchenne Muscular Dystrophy, Pompe Disease, Fabry
disease, thalassemia, and adenosine deaminase severe combined
immunodeficiency (ADA SCID). Areas that are still under exploration
with viral mediated therapies include accurate tissue targeting and
duration of effect — often leading to pre- and post-marketing safety
assessments and regulatory required commitments as they launch
and commercialize into the real-world use in the market.

Genetic engineering of a patient’s stem cells, so called gene
and cell therapy, is another alternative to viral based therapies. In
this method, the patient’s stem cells are apheresed, transferred to
the certified manufacturing site, transfected with the normal gene-
containing virus, expanded, and then returned to an appropriate
certified site of instillation and reinfused into the patient. While
effective, additional complexities with this method include the
time required to obtain the engineered stem cells, the need for
conditioning chemotherapy, and of course the expense. The
advantage, however, is the potential for an enduring response from

the engineered stem cells. Off-the-shelf donor stem cells (allo stem
cells) are being developed that could potentially impact the cycle time
from drug ordering through instillation.

Availability of manufacturing facilities, costs, regulatory guidelines,
timely availability of the product, and proven efficacy are common
considerations to both of the aforementioned methods. Importantly,
based on current regulatory guidance, “Long Term Follow-up After
Administration of Human Gene Therapy Products” (U.S. Food and
Drug Administration, 2018), all patients will require long-term safety
monitoring through establishment of registries.

Emerging (gene) therapies raise numerous questions regarding
the impact on standard of care. This includes items such as early
identification of probable responders, disease specific prognostic
factors, potential treatment outcomes, therapeutic response, and
methods to integrating conventional and evolving therapies.
Long-term patient follow-up with the patient population offers
powerful insight to cost and care implications of treating all patients,
both pre-symptomatic and symptomatic.

Data collected through registries play a critical role in defining disease
modifying gene therapies and redefine the progression and treatment
of natural diseases. It is critical to follow the evolution of rare diseases
and measure the impact therapies have on patients, caregivers, and the
overall healthcare system. In order to obtain and assess these long-
term safety and effectiveness data, impact from patients receiving both
standard, conventional drug therapies, and new emerging therapies
needs to be collected and analyzed.

There are expected challenges with global disease registries. Registries
normally collect data following a patient’s “standard of care.” There are
no additional requirements beyond the standard of care, and each patient
enrolled in a long-term global registry is followed by their participating
physician, with no additional burden and no additional testing.

In many countries outside of the US, the registry must be designed as
a strictly observational study. This may limit the type of data collected,
as well as the continuity of assessments for developmental and
functional milestones, especially for the more severely affected patients.

Overall, a well-designed registry will follow patients with a rare
disease tailored to the assessment. The safety and effectiveness of
new and evolving treatments can transform the future care of patients
at varying stages of disease progression, and as importantly, analyze
healthcare resource utilization and caregiver burden.

For more information on immunotherapy and registries,

contact ubc.com/contact

PATIENTS FIRST | POWERED BY EVIDENCE
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COMMERCIALIZING GENE THERAPIES

The Challenge of Manufacturing of Gene Therapies

DR. ANDRE CHOULIKA
CEO, Cellectis

For gene therapies to suc-
ceed following approval, we
need to make them afford-
able and readily available for

patients. One way to do this
would be to develop off-the-shelf gene therapies
that are universally available to all patients in-
stead of autologous therapies that are individual-
ized to each patient.Imagine a doctor being able
to diagnose a patient and having the opportunity
to immediately grab a treatment from the freezer
to give to someone without other options? The
second way would be to put more resources
toward expanding and scaling up of manufac-
turing capabilities so that companies would have
enough product to meet the demand for those

who are in need of treatment in real time.

JOE DEPINTO

President, Specialty
Solutions,

Cardinal Health

While the potential impact
on patient outcomes is ex-

citing, the innovative science
behind cell and gene therapy poses challenges
not only in clinical research, but also in transition-
ing from clinical trials to full-scale commercial
availability. The market and channel access ap-
proaches used for other pharmaceutical products
may not be optimal for the launch of highly
targeted therapies due to their specialized ad-
ministration and logistics requirements, as well as
their cost. Because the manufacturing of cell and
gene therapies may involve the manipulation of
patients’ cells, the potential for variability is signif-
icant and can add risk not only for manufacturers,
but also for patients and providers. This risk must

remained less than $1 million, but Novartis
announced its recently approved gene therapy
for the treatment of spinal muscular atrophy
(SMA) will have a $2.125 million WAC. It is
expected that Zynteglo from bluebird bio, ap-
proved by the EMA and seeking FDA approval
for the treatment of transfusion dependent
beta thalassemia in late 2019, will likely be
priced above $1 million as well.

be mitigated by selecting partners along the value
chain that understand the systematic process and
are committed to process engineering, excellence in
complex operations, and careful and timely delivery.

DANIEL EISENMAN, PH.D.
Director, Biosafety
Services, Advarra

As the field and demand for
gene therapies expand, tech-
nology must also be developed

to increase manufacturing effi-
ciency.Several manufacturers are currently developing
benchtop manufacturing equipment to replace the
need for expensive and highly specialized manufac-
turing facilities and to address the need for therapies
that are more personalized. Greater manufacturing ca-
pabilities will help speed up production and decrease
cost; a shortage of facilities for manufacturing gene
therapy products is currently hampering growth. And
as more investigational therapies win approval and
become common clinical treatments, public accep-
tance and willingness to participate in more clinical
trials will likely increase: success begets success.

GAURAV SHAH
CEO, Rocket
Pharmaceuticals

An important consideration in
|

») 4

be prepared to scale up manufacturing capabilities

gene therapy is manufacturing.
Once a therapy has been ap-
proved, companies will need to

to meet market demand and get therapies to pa-
tients quickly. Because the indications being pur-
suing are rare, there will be a need to balance this
scaled-up manufacturing capability with demand.

GREG SKALICKY
Chief Revenue Officer, Eversana

Greg Skalicky, chief revenue officer, Ever-
sana, says manufacturers will need to have
commercial strategies ready for these emerging
therapies well in advance of product launch.
“To truly drive the commercialization of gene
therapies we must build an ecosystem of
solutions that ultimately delivers more value
to patients, faster,” he says. “What does this
look like? The patient is at the center of this
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Cell and gene therapy may be headline news
for good reason, but there are millions of in-
dividuals who need and will continue to need
access to medicines. Pharmaceutical manu-
facturers will continue moving forward with
the important and necessary research for and
development of therapies that save lives. How
they do it may be changing, though. Growing
competition, innovative technologies such as
Al and predictive analytics, and an industry-
wide decrease in product pipelines and block-
buster drugs, have put a new focus on biotech
companies as catalysts of innovation. Just think
of their impact on personalized medicine and
the explosive growth of gene therapies. | be-
lieve a result will be an increase in large pharma
companies partnering with, merging, or acquir-
ing biopharma companies for future growth
potential in innovative new therapies focused
on precision and preventative medicine.

KAREN YOUNG

U.S. Pharmaceutical
and Life Sciences
Leader, PwC

The biggest challenges are

developing the right man-

. ufacturing capacities and
finding the right talent to staff your organiza-
tion.There’s a lack of both talent and manufac-
turing capacity in the industry right now, and it
has the potential to slow down companies that
want to scale quickly after approval.

After companies figure that out, they need to
figure out how to get their products to patients.
Here, an advanced cold-chain is going to be es-
sential,and companies should think about how to
keep patients and providers informed throughout
the process to ease patient anxiety and allow for
close coordination around treatment.

revolution. Service silos are gone. Solutions
are seamlessly integrated, building upon each
other as development moves through the prod-
uct lifecycle. Patients are recruited into clin-
ical trials earlier. Manufacturers have deeper
insight into the patient experience. HEOR
breaks down and helps to inform complex
market access strategies and patient services.
Field force solutions provide the strategies
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and tools needed to mitigate risk, achieve
adherence and compliance, and the ability to
measure economic value.”

Analysis by Trinity has found the current
reimbursement model is rapidly becoming
unsustainable. Gene therapies’ unique value
profile does not fit into the current U.S. insur-
ance model, as payers remain unequipped to
pay for these therapies. Payers interviewed by
Trinity expressed uncertainty about how these
therapies will be funded in the future. With
about 20% annual turnover of commercially
insured patients, there is a high risk that after
a payer authorizes access to a gene therapy, the
patient may move to another plan before the
plan is able to realize any cost savings.

Are Creative Payment Solutions
the Answer?

A range of industry stakeholders, includ-
ing manufacturers, patient-advocacy groups,
and payers have recognized the need to adapt
or replace the standard payment system if gene
therapy is to become widely available. Several
alternative payment mechanisms have been
proposed, including annuity-based payments,
outcomes-based payments, outcomes-based
rebates, and outcomes-based annuities (see
sidebar).

McKinsey researchers say current price-re-
porting requirements in the United States
limit the ability of manufacturers to offer

0
it

We have seen that both payers
and the companies bringing gene
therapies to market are struggling
with the changing reimbursement
paradigms.

DR.DAVID FISCHER
Charles River

To justify payment for a gene
therapy, payers will need to
have a clear perception of the
value of the innovation, which
can require an understanding
of the burden of the illness.

PAUL GALLAGHER
Certara

outcomes-based payments and payments over
time. Under best-price regulations, they must
report all prices paid for therapy, with the

lowest price — or the average price minus
a specified percentage, likely to be 23% for
gene therapy — becoming the benchmark

paid within U.S. Medicaid programs and the
government’s 340B drug-discount program.

Trinity’s interviews with payers have found
that novel contracting agreements may not be
enough to address the high costs of cell and
gene therapies. The American health insurance
industry is not prepared to finance such high-
cost therapies. Today, in addition to increases
in insurance premiums, in order to afford these
therapies, plans frequently rely on stop-loss
insurance, additional insurance purchased to
protect against catastrophic or unpredictable
losses. But reinsurance rates increase with uti-
lization, and reinsurance plans will be unable
to maintain profits and remain viable.

Trinity has found interest in such innova-
tive arrangements does not exist beyond na-
tional payers, such as United, Anthem, Aetna,
Cigna, Humana, and even among these payers
interest is limited for cell and gene therapies.
In fact, no payers within Trinity’s sample
had, or were building, functional capabilities
to enact such contracting agreements with
manufacturers. Annuity- and outcomes-based
payment models have generated much atten-
tion, yet the majority of payers preferred to
pay a single lump sum due to the small treated
patient populations and low resulting impact
to a plan’s budget that would not reduce med-
ical spend nor justify the development of a
complex alternative payment model.

Trinity’s interviews found annualized
payment models garnered little enthusiasm
among payers; nine of 10 interviewed medical
directors flatly rejected this option. Payers re-
alize that annualized models will not discount
cell and gene therapies’ costs and thus won’t
impact their bottom line.

Additionally, medical directors are not in-

terested in paying for a patient’s therapy after
the person has died or otherwise left the plan.
This contracting would require universal
coverage decisions and unrealistic co-
ordination between plans that would
include the sharing of sensitive infor-
mation with direct competitors.

Our experts say demonstrating
value of gene therapies will be critical.

The most effective way to prepare for
postapproval success is to generate strong ev-
idence of sustained value in the target patient
population, Dr. Spinner says.

“This requires planning early in clinical
development for evidence needed to support
acceptance by all key stakeholders,” he says.
“Persuading payers to reimburse for high value
medicines upfront requires demonstrating sus-
tained, disease-relevant, patient-centric out-
comes such as impact on survival and disease
progression, improved functioning, and reduc-
tion or elimination of other disease-associated
medication and health resource utilization.

Dr. Spinner says even with such evi-
dence, payers are straining to pay for the full
value upfront and are more open to pricing
models that allow for payment in install-
ments based on confirmation of sustained,
predefined patient outcomes at specified
intervals, for example, a smaller payment
upfront with yearly payments until the total
therapy price is paid.

To justify payment for the therapy, payers
will need to have a clear perception of the
value of the innovation, which can require
an understanding of the burden of illness,
particularly if it is an orphan disease, so they
can evaluate the eligible patient population,
says Paul Gallagher, VP, U.S. access strategy,
Certara. “Payers will also require substantial
evidence of the product’s efficacy, particularly
of durability so that they can assess the risk
of large up front financial commitments for a
one-time treatment versus competitive chronic
therapies if any.”
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