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When a new drug is submitted to one of the many health technology assessment agencies (HTAs) around the world, 
developers are confronted with the fact that all these HTAs use different standards—and place varying degrees of 
emphasis on different factors—for granting approvals. Many of these differences are fine-grained, but they can generate 
outsized impacts such as reducing the returns companies can expect for their drugs across markets. 

If a company has an especially good drug—one that breaks new ground, either because it effectively treats a previously 
intractable indication, or has dramatically fewer side effects than other treatments, or is easier to administer, and thus 
simpler for patients to adhere to—and this hypothetical drug could be sold at an especially good price, it would be easy for 
the company to get approval from every agency everywhere, and it could increase its asking price, reasonably maximizing 
its return in every market. But, in fact, most new drugs aren’t that much better than competing drugs. Improvements in 
treatment are often incremental, not groundbreaking, and that makes those fine-grained differences among agencies 
ever more important to understand and address. 

deVelopeRs can take two significant steps to meet this challenge. 

assess the need for Your 
drug in light of individual 
agencY requirements, 
honing the value messages 
You wish to communicate. 

prepare to support those 
messages bY gathering the 
evidence You will need, from 
obvious sources and from 
others that until recentlY 
were either unavailable or 
underutilized. 
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There are many drugs that reduce blood pressure, but you 
have a new one. One reimbursement agency might be 
satisfied with the clinical evidence that your drug reduces 
blood pressure by x amount more than comparable drugs 
on the market...as long as it doesn’t cost too much more. 
But another agency might want to know how much the 
drug reduces the overall cost of treatment. Still another 
might demand evidence that it improves quality of life. 
Clearly, satisfying the needs of all these bodies will require 
a broader collection of information than satisfying one, as 
the evidence sets do not necessarily overlap. 

Developers can begin to put together value messages for 
these agencies based on the data they’ve retrieved from 
their clinical trials about how their drug works 

step one: assess the agency need

physiologically and biochemically. They can see if it is more 
effective than other drugs on the market. Perhaps it has a 
new mode of action that will benefit patients. Even if it is 
similar in its effects to other drugs but is easier to take, or 
has fewer side effects, the argument can be made that 
patients will take it more reliably, and thereby benefit more 
from it, improving their quality of life. 

Next, you can work out what you’re claiming for each 
reimbursement agency, the data you will need to support 
those claims, and how to express them in ways the 
agencies have responded to positively in the past. You can 
then figure out how to gather the evidence you need in the 
most appropriate and efficient way.

Once you have decided what data you need to support your 
reimbursement application for a specific HTA, there are 
three ways to look for it:

step two: gatheRing the eVidence

THe eXisTiNg dATA

A PAREXEL client had a new diabetes treatment and 
needed to improve its collection of cost evidence. When 
PAREXEL looked at health economic arguments for 
diabetes drugs—that is, reviewing the existing data—we 
discovered that they generally weren’t very strong. For 
instance, one firm said that patients taking its drug gained 
the equivalent of one year of good health for every £20,000 
spent. But this was just its best estimate. In fact, their data 
was sufficiently uncertain that the actual costs could vary 
enormously. Not surprisingly, the drug was not approved 
for reimbursement. There simply wasn’t enough solid data 
for the HTA to be confident in the developers’ analysis. 

review existing real-world data

gather data in clinical trials 
(ideallY beginning with  
phase ii studies)

collect Your own  
real-world evidence
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To improve the cost evidence for our client’s diabetes 
treatment, we looked at existing patient data, examining 
the costs of various common diabetes events, such as 
hospitalizations for hypoglycemic episodes. 

As is often the case with real-world evidence, the data we 
used was not collected for that purpose. Therefore, it was 
important for PAREXEL to distinguish between a severe 
hypoglycemic episode, with its attendant high costs, and a 
less serious episode. We also looked at how hypoglycemic 
complications affected patients over time—not just for that 
episode, or even for a year after, but for the years after that. 
By doing so, we found that an average hypoglycemic episode 
increased the cost of care by 20 percent in the following 
year, and a severe episode’s costs were even greater. 

In this way, the real-world evidence, properly analyzed, 
allowed PAREXEL to reduce uncertainty in the health 
economic argument and, for a drug that is effective,  
as was our client’s, vastly increase its chances of  
receiving payer approval. 

THe dATA you gATHer from TriAls

Companies usually start worrying about evidence for 
reimbursement in Phase III of clinical trials, but 
increasingly they’re beginning the process in Phase II. 

Phase II is not too early for developers to identify existing 
data about the disease area, and find data on comparator 
drugs. Nor is it too early to begin analyzing real-world data 
to better understand the costs associated with a condition, 
and to put that data into an early economic model. Then, if 
more real-world data is still needed, on costs or utility, for 
instance, it may be possible to collect it during Phase III. 

THe dATA you gATHer from THe reAl world

Another reason to begin working on evidence for 
reimbursement in Phase II is that an increasing number of 
drugs, most notably in oncology, are receiving conditional 
approvals that let them go to market after a successful 
Phase II. This opportunity immediately will bring reimburse- 
ment questions to the fore, especially as these drugs tend 
to be expensive and the evidence base is perforce much 
weaker than usual, as there is little or no direct Phase III 
data on which to rely. 

This is a time when the collection of real-world evidence 
can substantially strengthen the standing of a new drug 
and position it to take market share.

Such long-term data collection may also pay off well in 
other cases. For instance, if a drug has received regulatory 
approval after a Phase III trial but an agency such as the 
UK’s National Institute for Healthcare and Clinical Excellence 
has declined to approve it due to its price, the accretion of 
real-world evidence over time in places where it has been 
approved can help build a case that eventually will 
convince the agency to change its mind.

“ this is a time when the collection of real-world evidence 
can substantially strengthen the standing of a new drug 
and position it to take market share.”
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Companies can collect and analyze data from evidence 
reviews even late in the development process. But to 
collect data optimally in Phase III trials, and to gather your 
own real-world evidence without substantially delaying 
submissions, it’s best to start evaluating the need for 
economic evidence, and the resulting value messages, 
early in your process. 

In the best case, drug developers can build and test their 
value messages right from the start. (Understanding how 
the drug target fits into the physiology and biochemistry  
of the body allows developers to construct hypothetical 
value messages even in preclinical stages.) 

As clinical data evolves, developers can test and refine 
these value messages. Continually reviewing and updating 

That said, it is undeniable that traditional drug company organizational structures often get in the way of evidence gathering 
at unconventional times in the development process. Funds frequently are not available for health economics work until 
Phase III trials. That’s the way it’s usually been done, and changing that is hard. This makes it a challenge to conduct 
early-stage economic modeling. But even without changing traditional processes, or drawing upon funds, the simple act  
of improving communication between departments can mitigate some of these barriers. 

staRting eaRly 

oRganizational challenges

your understanding of the available evidence makes it 
possible to be sure that those value messages are always 
honest, demonstrable, and coherently expressed. 

These value messages, once developed, can be adapted 
readily for varying audiences. Clinicians must see the clinical 
effect; regulators need to understand the safety data; 
payers may want to understand how cost and utility relate. 

It is not strictly essential to collect all data, especially 
evidence reviews, early in the process. But by doing so,  
a company will know at all times where it stands with a 
drug and may be able to adapt during the development 
process to build a stronger case for reimbursement. 
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Looking at economic issues early and often may help avoid 
major shocks to a company’s hopes and goals. When an 
agency says your health economic argument hasn’t been 
adequately proven, a company must either accept that its 
drug isn’t effective for the price it proposed and reduce it, 
or enrich the evidence—and strengthen the argument—
with more data. Fortunately, while the process of gathering 
that supplemental data may at first blush seem either 
ruinously expensive or dreadfully time-consuming, every 
day there are more sources of data—especially real-world 
data—being made available by government agencies, private 
firms, and health-care providers. Furthermore, the types 
of economic justification required by various agencies may 
be less heterogeneous than they may appear. Given this 
increasingly availability of data, and the bedrock 
commonality of HTA agency concerns, the demand for 
additional evidence may not be as high a hurdle as 
developers anticipate. 

Problems such as these can be solved relatively late in the 
game. However, the earlier a company begins anticipating 
and solving problems, the easier and less expensive the 
solutions to those problems will be. More importantly, the 
chances that a drug will gain market access, help people, 
and provide an optimal return to the company will improve. 

the ViRtues of an eaRly staRt

“ ... the earlier a company begins  
anticipating and solving problems,  
the easier and less expensive the  
solutions to those problems will be.  
more importantly, the chances that  
a drug will gain market access, help 
people, and provide an optimal return  
to the company will improve.”

You can view more commercialization resources online at: 
Commercialization.PAREXEL.com
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