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Clinical Trial Solutions

he current policy environment has
broadened the scope of evidence
that life-sciences companies must
provide to healthcare stakeholders.
In the United States, the focus is on

comparative effectiveness research (CER), and
in many other parts of the world, relative effec-
tiveness/efficacy.
Public and private payer organizations re-

quire evidence on real-world effectiveness and
value to support coverage and reimbursement
decisions. Regulatory authorities require infor-
mation on real-world safety. And physicians
need information on real-world effectiveness
and safety — ideally for specific patient sub-
groups to help guide treatment at the point of
care.
In addition to focusing upon real-world ev-

idence, the current policy environment has
dramatically broadened the scope of compara-
tors. It’s no longer sufficient for a life-sciences
company to present evidence about the relative
safety, effectiveness, or value of its product rel-
ative to another pharmaceutical product. For a
patient with a given condition such as dia-
betes, all possible treatments are relevant com-
parators including, but not limited to, other
drugs, surgical procedures, diet, and disease
management.
It’s simply not possible to generate this

breadth of evidence through a series of ran-
domized clinical trials. The cost and time re-
quired to generate all of the needed evidence
would be prohibitive. 
Consequently, mechanisms for capturing

the relevant real-world data are needed. Dis-
ease registries will be an important means to
this end. In some geographies, existing obser-
vational datasets such as claims data and elec-
tronic medical records can answer many of the
questions. However, the data often will be in-
complete. 
For example, claims data lack clinical

depth; electronic medical record data lacks
breadth of healthcare utilization, comorbidi-
ties, concomitant drugs, etc. Both lack infor-
mation on patient reported outcomes, which
are relevant for some disease areas. Moreover,
in many countries it’s difficult for life-sciences

companies to gain access to observational
data, even when it already exists. In these
cases, life-sciences companies must generally
conduct late-phase studies to collect the pri-
mary data themselves.
However, once in place, disease registries

can provide an effective mechanism for gener-
ating real-world evidence in a wide variety of
areas: 
» Informing clinical development — 
helping to identify priorities of
 compounds, as well as trial design

» Understanding the burden of illness
» Understanding disease progression
» Observing real-world treatment patterns,
switching patterns, uptake on new
 products, etc.

» Observing patient outcomes — both
 effectiveness and safety measures

» Understanding heterogeneity of treatment
effects

» Demonstrating the value of treatments

Research Design, Data Quality,
and Statistical Methods

A major challenge to the effective use of
evidence generated from observational data is
having an understanding of when such evi-
dence is likely to be reliable. The analysis of
observational data can be fraught with prob-
lems, including the inability to control for
confounders and poor data measurement.
These issues result in a common statistical
problem that leads to bias in treatment esti-
mates. From a research design standpoint, ran-
domization solves these problems and as a re-
sult, randomized trials are at the top of the
evidence hierarchy. 
However, it’s important to understand that

analyses of observational data are not always
doomed to be biased. If data are collected on
the relevant variables and the data are of high
quality, most of the concerns about the analy-
sis of observational data are resolved. In other
words, it’s not so much a question of a ran-
domized control trial versus an observational
study. The more appropriate questions are:
Have the right data been collected? And, are

good procedures in place to ensure the quality
of the data being collected? 
To improve the reliability of evidence from

observational data, it’s very important to col-
lect data on all of the necessary variables, as
well as to ensure high quality (limited meas-
urement error). High-quality data, in combi-
nation with appropriate statistical methodolo-
gies from epidemiology, health services
research, and econometrics will address many
of the limitations that threaten the validity of
conclusions reached from observational
data. PV

OptumInsight specializes in analytics that
enable better decisions throughout the
health system.   
{  For more information, visit
 optuminsight.com.

The Growing Role of Disease  Registries 
in EVIDENCE GENERATION

WILLIAM CROWN, PH.D., President Life Sciences,
OptumInsight
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It’s never too early to think late phase.
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To get an early start on producing the 

real-world proof you need to succeed  

in a post-approval environment, contact 

OptumInsight today at 866.306.1321  

or connected@optum.com.

OptumInsight is part of Optum™, a leading health 

services business whose more than 30,000 

employees worldwide are dedicated to making 

the health system work better for everyone.

By designing your clinical trial to gather information that will prove 
helpful in addressing critical questions in postmarketing, you can:

Improve your pricing leverage and mitigate business loss post-expiry

Address critical issues that have the potential to limit reimbursement 
and market access

Manage your R&D pipeline more effectively, obtain complete and 
effective reimbursement and value definition and validation, and 
establish clear market positioning strategies

Measure incremental costs versus anticipated benefits

Gain a better understanding of the patient experience to optimize 
the positioning of your product

OptumInsight™ has the dedicated late phase research expertise 
and resources—including customized study design, innovative 
technologies, unique data sets, and a diverse service offering—to help 
you address the interests of multiple stakeholders earlier in the process 
in order to increase your program’s long-term success.

And our new Smart Measurement System™ (SMS) for Late Phase 
tool, an end-to-end clinical trial management solution, simplifies and 
streamlines processes, provides robust reporting/analysis capabilities, 
and thus helps drive accelerated patient enrollment and lowered costs.

www.optuminsight.com/life-sciences

12-28445 © 2012 Optum. All Rights Reserved.
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