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The views, thoughts and opinions expressed in this
presentation are solely of the author and should not be
constructed to represent views or policies of the
Ministry of Health, Labour and Welfare (MHLW) or
the Government of Japan.
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More Effective Utilization of Real-World Data

Background

In recent years, the sophistication of pharmacoepidemiological studies conducted in various countries
worldwide has advanced dramatically alongside more active use of Real-World Data (RWD). Many
regulatorv agencies and industries are now conducting enidemiological safetv assessments based on data

RWD®D#

o a \DERZEER (FDA)

iASN ePress. Published on Se
Perspective
o -

ptember 6’2019‘ doi: 'IO ZZﬁICJN 02790319«

Real World Data and Evidence: Support for

Drug Approval

Applications to Kidney Diseases

Aliza M. Thompson and Mary Ross Southworth

CJASN 14: see—see, 2019. doi: https://doi.org/10.2215/CN.02790319

Introduction
In 1962, Congress passed the Kefauver-Farris
Amendments to the Food, Drug, and Cosmetic Act,
which required manufacturers to provide evidence of
effectiveness from adequate and well controlled stud-
ies before drug approval. Since then, the

Division of
A Framework for the FDA’s Real World Evidence g ='di]f;'::f": E"dn
Program foritsreal world evid for Drug Evaluation
and Research, Food
the FDA draws a distinclion between real world data and Drug
and real world evidence. As noted above, real world Administration, Silver
data as data relating to pati status  Spring, Maryland

controlled trial (RCT), usually using data collection
methods outside of conventional health care delivery
systems, has been widely used to establish drug safety
and effectiveness and support drug approval. Al-
though RCTs may be considered a gold standard for
evidence generation, concerns have been raised about
the costs of conducting such trials and the generaliz-
ability of their findings to patients. These limitations of
RCTs coupled with advances in science and technology
have piqued interest in the use of real world data to
generate evidence needed to support drug approval.
Real world data are defined as data relating to patient
health status or the delivery of health care routinely
collected from a variety of sources, including electronic

or the delivery of health care routinely collected from
a variety of sources. Real world evidence is defined ~ Correspondence:
as clinical evidence about the usage and potential e MY Lo
benefits or risks of a medical product derived from  Cardioaccular and
analyses of real world data (1). The framework makes  Renal Products, Conter
this distinction because evaluation of real world for Drug Evaluation
evidence will need lo take into consideration both 21 fescarch, Food
the methodologies used to generate evidence and the  Acminspation, White
reliability and relevance of the real world data used in  Oak Campus, Building
analyses. The FDA’s framework, released in December 22, Room 4160,
2018, addresses both considerations related to assess- 10903 New
ing real world data as well as study designs using gar¥ane Ve,
ing rea’ worl udy GCSIENS USING  Silyer Spring, MD
real world data to support effectiveness. 20003, Ermach: Aliza.
Thompsone@ida.hhs. gov

Clinical Journal of the American Society of
Nephrology
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