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Healthcare payers and providers, under acute 
pressure to contain costs, increasingly require 
companies to provide evidence of product  
benefits in the real world. Products that launch 
without clear evidence of real-world value will 
fail to reach their potential. 

The inevitable gaps in market access these  
products will suffer will not only slow their uptake 
and limit their sales, they may negatively affect  
an entire company.  

Product quality, safety and efficacy—the three  
hurdles of regulatory approval—are  no longer 
enough to support a successful launch. Payers 
want to know whether benefits achieved in the  
controlled setting of a randomized clinical trial 
(RCT), conducted by experienced researchers treat-
ing a tightly defined group of patients, will translate 
into benefits for the more diverse population of 
patients that comprise a general clinical practice.  

Furthermore, payers and providers want to  
understand the benefits of a new product relative 
to existing treatments, rather than to a placebo, 
the standard RCT comparator. And RCTs, long 
considered the gold standard for achieving product 
approval, do not provide the data needed to quantify 
treatment benefit in an actual practice setting.  

OBSERVATIONAL STUDIES:   
EFFICIENT AND EFFECTIVE 

Observational studies, also known as patient  
registries or non-interventional studies are  
a critical component of any successful market 
access strategy in today’s value-centric healthcare 
market. The standard-of-care or natural-practice 
design—which doesn’t dictate or change patient 
care in any way—produces more generalizable 
results than RCTs, and thereby provides powerful 
evidence of real-world value. Recent advances in 
technology and methods are making observational 
studies an ever more efficient and effective solution 
for companies.

New operational standards, including Good  
Pharmacoepidemiology Practices (GPP) from the 
International Society for Pharmacoepidemiology 



demonstrate an attainable level of quality and credi- 
bility that today’s payers and providers have come  
to expect from observational studies. In PAREXEL’s  
extensive work with clients, we have found the  
following practices key to success:

ANSWER THE QUESTIONS  
WITH THE DESIGN

High-quality observational studies can be as rigorous 
to design as RCTs, and have the potential to provide 
results that are equally sound and precise, challenging 
the perception that these studies are somehow  
less valid.  

The design and execution of an observational study 
must ensure that the data collection and monitoring 
plan is adequate to support the study’s analyses and 
that the sites and patients enrolled will answer the 
study’s intended questions. Will the study influence 
standard of care? Is it for a publication intended  
to add to the knowledge about the natural history  
of the disease? Is it required as a post-marketing  
commitment to a regulatory agency or for gathering 
long-term safety data? Understanding the intended  
use of the data will define the level of rigor (and  
ultimately the cost) of the study’s operational plan.

SELECT SITES THAT  
MIRROR REALITY

To ensure that a study’s results can be extrapolated 
safely, it is critical to identify the right mix of sites  
that reflect the actual treatment environment. This 
requires an acute understanding of the local standard 
of care.   

To deliver relevant findings, registry participation 
needs to mirror practice realities. For example,  
studies of rare diseases such as cystic fibrosis, or 
studies that require sophisticated genetic testing to 
identify and manage patients can focus more on  
tertiary-care or academic sites. More common or 
chronic illnesses should include more community- 
based sites, as patients with these illnesses are  
seen more frequently in these settings. 

ENROLL BROADLY 

It’s crucial to ensure that the patient population will 
meet study objectives. The patient population in a  
registry is far more heterogeneous than in a RCT.  
Too restrictive inclusion/exclusion criteria will result 
in a patient pool that is too narrow and doesn’t reflect 
real-world care, severely limiting the study’s ability 
to reveal trends and outcomes. To be most effective, 
sponsors should enroll broadly so that the data can 
support a wide range of observations, questions and 
analyses. 

Study sponsors must work with statisticians trained 
in observational analysis to find the best sampling 
approach, taking sites, timelines and budgets into con-
sideration. The heterogeneity of the data set requires 
expert epidemiological and statistical advice to ensure 
acceptable results.  

MONITOR SMARTLY

Observational studies typically are monitored remotely,  
with scheduled calls and infrequent (if any) on-site vis-
its. However, this approach should include structured 
data-quality reviews, and always allow for on-site 
visits whenever questions arise about a site’s data or 
processes that possibly could affect data quality.

KEEP IT SIMPLE 

As  observational research is most often performed 
in the research-naïve offices of front-line prescribers 
and clinics around the world, sites typically do not have 
a dedicated research staff or infrastructure. Therefore, 
data collection processes must be easy and intuitive.

Electronic data capture systems remain the first 
choice for capturing real-world data, but they must  
be tailored to the needs of observational research 
rather than clinical trials. The systems must require 
minimal training, offer simple data collection screens, 
involve few queries or constraints on the data and be 
easily delivered in local languages. As one PAREXEL 
client recently put it, the screens should be as easy to 
understand as anything on Amazon.com.
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EMBRACE THE FUTURE

Rapidly evolving technologies possess the potential 
to transform the design and conduct of observational 
studies, and companies are scrambling to keep abreast. 
Taking advantage of these advances offers companies 
the ability to collect great volumes of data in near- 
real time at lower costs while tracking patients over  
long periods of time, vastly enhancing the capability to  
evaluate clinical events and patient outcomes.   

eHealth devices can obtain objective data directly from 
patients. Wearable sleep monitors, pedometers, glucose 
meters, in-home scales, blood pressure cuffs, and 
pulsometers are just a few examples of devices that can 
transmit data wirelessly or via the internet, potentially 
reducing the cost of data collection. However, their  
successful incorporation into real-world research  
faces key challenges, such as ensuring data ownership,  
privacy and validity. 

An emerging market of bring-your-own-device appli-
cations let patients enter and submit data directly from 
their smartphones, tablets or other devices, offering an 
efficient way to collect data on quality of life, treatment 
satisfaction, symptoms, and other key measures. These 
technologies may also help capture patient-specific 
data to allow better tailoring of treatments to individual 
patients—that is, personalized medicine.  

The social media explosion also offers an exciting  
and challenging opportunity to expand the horizon  
in observational research. To date, social-media  
networks have been effective in identifying patients and  
physicians for real-world research and in supporting 
communication between them. Social media may  
one day generate actual research data, but concerns 
about its reliability remain. Regardless, the data offer 
insights into the perceptions and needs of patients  
and caregivers.

OBSERVATIONAL RESEARCH  
CAPABILITIES ENSURE ACCESS 

Observational studies substantiate the tangible, 
life-changing benefits that new therapies deliver to 
patients while meeting the demands of payers and  
providers for evidence demonstrating how drugs  
work in the real world. As expectations for the rigor  
and quality of these studies rise, and analytical  
tools become more sophisticated, observational  
studies will continue to be in high demand to support 
clinical and market access decisions, and safety  
surveillance. Companies that build or buy the  
capability now will benefit for years to come. n
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Visit our commercialization portal at  
Commercialization.PAREXEL.com.  

YOUR COMMERCIAL GUIDE ON THE 
DRUG DEVELOPMENT JOURNEY.
Aligning economic evaluation with pricing, reimbursement  
and market access strategy, we address payer and regulatory  
needs globally.

For more information, please contact: 
Elizabeth Thomae +1-720-935-4089 
elizabeth.thomae@PAREXEL.com
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