
Pharmaceutical companies are well aware that  
it is taking more time and costing more money to 
bring drugs to market successfully. At the same 
time, regulators are providing accelerated approval 
pathways (for example, in the U.S., the FDA’s break-
through therapy designation) for products that address 
unmet needs for serious diseases. U.S. payers will 
generally cover products approved under FDA  
accelerated programs. But many payers in the US and 
Europe, demanding evidence regarding the benefits 
and budget impacts of these newly approved products, 
are requiring developers to provide it.
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Products approved by these fast track pathways generally 
are covered by U.S. payers shortly after they receive FDA 
approval. Typically, they are expensive, but because the 
patient numbers often are small, they have a limited 
budget impact as individual products. However, when the 
drug’s potential patient population is large – such as it is 
with hepatitis C and Sovaldi – payers have struggled to 
fund it, both in the U.S. and Europe, even though the drug’s 
incremental benefit is significant (it is a cure) and the 
cost-benefit argument clearly demonstrated.

Accelerated and early access approvals are good news  
for patients suffering from heretofore intractable disease. 
But to take most advantage of these new pathways 
manufacturers need to learn to address payer concerns 
about evaluating products with more limited data sets. 
Manufacturers must develop additional data post-
regulatory approval in order to ensure reimbursement, 
optimize market access and do so in a sustainable, 
reasonably cost-efficient manner.

triCky driving in the Fast lane
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In the U.S., navigating reimbursement is reasonably 
straightforward, at least at the moment. For instance,  
the FDA’s Breakthrough Therapy (BT) designation is 
granted to products that treat serious or life-threatening 
diseases and which show significant benefits over available 
therapies in clinical trials. FDA’s fast-track designation  
s for drugs that address unmet needs for serious and 
life-threatening conditions. 

The BT designation to date has resulted in very rapid 
approvals (on very limited data) for a number of products. 
For example, Vertex Pharmaceutical’s Kalydeco, for cystic 
fibrosis, received FDA approval based on a Phase II program 
of 48 months and a four-month review period. Similarly, 
Novartis’ Ceritinib, for the treatment of ALK-positive 
metastatic non-small cell lung cancer, was approved on 
the basis of Phase Ib data from just 57 patients following  
a development program of only 36 months and regulatory 
review of four months. 

Manufacturers must develop additional data post-regulatory approval 
in order to ensure reimbursement, optimize market access and  
do so in a sustainable, reasonably cost-efficient manner.

The pushback from payers on Gilead’s high-priced hepatitis C cure, Sovaldi, and Johnson and Johnson’s competing Olysio, 
illustrate the problem. In Europe, the process is even more challenging as payers require data to illustrate that a product’s 
benefits will be realized in routine clinical practice. (For more on the differences between Europe and the U.S., see “Critical 
Differences: Europe and the U.S.,” page TK.)
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Figure 1: Accelerated regulatory approval requires earlier market access strategy development

conventionally developed product. Thus, it will bring early 
revenues but they will come with a data set that may not 
demonstrate the full value of the asset. One has to predict 
the full value of the product very early in development and 
do so with the evidence, environment and value proposition 
all potentially changing significantly over time. 

the early Bird advantage

If a new product is going to achieve market access on the 
basis of Phase II clinical data, planning has to begin earlier 
so strategic options can be considered and payer-relevant 
evidence can be incorporated into the development plan.

Figure 1 illustrates both the opportunity and the dilemma. 
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StrAtEgy, EviDENcE AND vAlUE ProPoSitioN EvolvE



WHEN DEvEloPiNg AN EArly mArkEt AccESS StrAtEgy, comPANiES mUSt:
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ENgAgE EArly WitH PAyErS. Payers can provide 
guidance on a range of factors, including the target patient 
population, health economic strategy, clinical trial design 
and payer-specific data requirements. Where possible, 
meet with both regulators and payers to determine what 
evidence will best meet both their needs. For example, if 
you expect your product will significantly reduce resource 
usage, collect that data in Phase II. 

In Europe, companies can request joint European Medicines 
Agency (EMA) and Health Technology Assessment (HTA) 
scientific advice meetings to seek both regulatory and 
payer guidance. (For more on how companies are working 
with regulators and payers in Europe, see “An Evolving 
Plan in Europe,” Page TK.) In the U.S., early engagement 
with payers is less formal. However, it is noteworthy that 
U.S. HTA bodies such as the Blue Shield-sponsored 
California Technology Assessment Forum (CTAF) are now 
performing assessments on products (even though their 
guidance has no influence on coverage decisions). Indeed, 
CTAF reviewed the new oral hepatitis C products (Olysio 
and Sovaldi) and determined that their use would recover 
75 percent of their initial costs over 20 years due to fewer 
patients being treated for liver complications. U.S. payers 
currently are not performing HTA assessments and do not 
insist on health economic data in formulary submissions, 
but they will often accept the data if supplied. And indeed it 
is not a stretch to presume that before long such data will 
influence coverage decisions in the U.S.

gAtHEr AND moDEl DAtA AS EArly AS PoSSiBlE. 
Doing so helps build the best clinical and commercial 
picture of a product’s potential and can thereby inform 
strategic decisions. Payers from several European HTA 
agencies have said they foresee a need in an accelerated 
approval environment to conduct mini-assessments, which 
will require modeling input to help inform their review. 

For example, PAREXEL helped a client develop an early 
stage economic model for a cancer treatment based  
on evidence-of-efficacy results from Phase II. The 
company was able to use this to explore the effect on 
cost-effectiveness of:

a)  different positioning on the treatment pathway (first or 
second line); 

b)  targeting different patient sub-groups (such as all 
patients, patients with severe disease only, or patients 
with recurrent disease); and 

c)  determine optimal pricing and positioning strategies  
to maximize commercial returns. 

This model informed the company’s market access 
strategy and the design of its pivotal clinical studies.

coNtiNUAlly rEASSESS tHE ProDUct StrAtEgy.  
As clinical data comes online, the market evolves, and the 
implications for the product’s value, price and access 
potential are affected. It is important to conduct scenario 
planning and testing to assess strategic options. The initial 
value proposition for the product perforce will be based on 
an immature data set with significant gaps; it will develop 
as additional data becomes available. Consequently, a 
company’s market access plan must be flexible and dynamic.

coNSiDEr AltErNAtivE coNtrActiNg oPtioNS. 
When payers look to limit or refuse reimbursement and/or 
access, manufacturers need to understand which countries 
and payers are amenable to alternative agreements, what 
type of agreement is right for their product and what the 
commercial implications for company of entering into the 
agreement might be. A strategic analysis of what has and 
has not worked for other products can help in this regard.



With a range of new innovative classes of drugs in 
development and the increasing use of accelerated 
regulatory pathways, we can expect to see even more  
drugs achieving early approval. And with high-priced 
biologics expected to account for more than 50 percent  
of prescription sales by 2020, one can expect that payer 
scrutiny of high-cost, early-approved products will  
only increase.

looking ahead

To succeed in this evolving and ever-more demanding 
environment, companies must organize themselves  
in a manner that allows for early and flexible market 
access planning. To do that, they must ensure that they  
can cooperate across internal functions, achieve alignment 
on strategy, and develop a culture of responsiveness to 
payer needs. 

The ability to meet the needs of both payers and regulators 
effectively and efficiently will be a differentiator in  
coming years.

to succeed in this evolving and ever-more demanding environment,  
companies must organize themselves in a manner that allows for  
early and flexible market access planning. 
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iNvolvE AFFiliAtES iN corE commErciAlizAtioN 
tEAmS. Right now, there are no global standards for 
attaining market access following early regulatory approval; 
if companies involve their affiliates in the early planning 
stages they can become better informed and positioned to 
optimize access to key markets. Consequently, it behooves 
manufacturers to give affiliates the latitude within the 
framework of the global strategy to manage entry to their 
markets in ways that best meet the needs of their payers.

Reaching the target market ahead of competitors is almost 
always a good thing, giving companies more time to earn 
revenue before competing products come to market. For 
example, even though AbbVie is discounting Viekira Pak, 
its hepatitis C alternative to Sovaldi, and winning market 
share, Gilead earned $10.3 billion in revenues from Sovaldi 
in the year before Viekira Pak arrived.
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