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%ﬂse: Real-world evidence (RWE) includes data from retrospective
Y af prospective observational studies and observational registries and
provides insights beyond those addressed by randomized controlled
trials. RWE studies aim to improve health care decision making.
Methods: The Intemational Society for Fhammacoeconomics and Out-
comes Research (ISPOR) and the International Society for Fharmacoepi-
demiology (ISPE) created a task force to make recommendations
regarding pood procedural practices that would enhance decision
makers’ confidence in evidence derived from RWD studies. Peer review
by ISPOR/ISPE members and task force participants provided a consen-
sus-building iterative process for the topics and framing of recommen-
dations. Results: The ISPOR/ISPE Task Force recommendations cover
seven topics such as study registration, replicability, and stakeholder

involvemnent in BWE studies. These recommendations, in concert with
earlier recommendations about study methodology, provide a trust-
worthy foundation for the expanded use of RWE in health care decision
making. Conclusion: The focus of these recommendations is good
procedural practices for studies that test a specific hypothesis in a
specific population. We recognize that some of the recommendations in
this report may not be widely adopted without appropriate incentives
from decision makers, journal editors, and other key stakeholders.

Keywords: comparative effectiveness, decision making, guidelines,
pharmacoepidemioclogy, real-world data, treatment effectiveness.

@ 2017 Published by Elsevier Inc. on behalf of International Society for
Pharmacoeconomics and Outcomes Research (ISPOR).

Introduction

Real-world evidence (RWE) is obtained from analyzing real-word
data (RWD). The RWD is defined here briefly as data obtained
outside the context of randomized controlled trials (RCTs) gen-
erated during routine clinical practice [1,2]. This includes data
from retrospective or prospective observational studies and
observational registries; some consider data from single arm
clinical trials as RWD. As stated in a 2007 International Society
for Pharmacoeconomics and Outcomes Research (ISPOR) task
force report, “Evidence is generated according to a research plan

Marc L. Berger is a self-employed part-time consultant.

and interpreted accordingly, whereas data is but one component
of the research plan. Evidence is shaped, while data simply are
raw materials and alone are non-<nformative.” RWE can inform
the application of evidence from RCTs to health care decision
making and provide insights beyond those addressed by RCTs
RWD studies assess both the care and health outcomes of
patients in routine clinical practice and produce RWE. In confrast
to RCTs, patients and their clinicians choose treatments on the
basis of the patient's clinical characteristics and preferences
However, since the factors that influence treatment choice in
clinical practice may also influence clinical outcomes, RWD

This article is a joint publication by Pharmacoepidemiology and Drug Safety and Value in Health.

* Address correspondence to: Marc L. Berger, New York, NY, USA.
E-mail: mlberger301@gmail.com.

1098-3015%$36.00 - see front matter & 2017 Published by Elsevier Inc. on behalf of Intemational Sodety for Pharmacoeconomics and

Outcomes Research (ISPOR).
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Real world evidence is defined as
data that are collected outside the
constraints of conventional
randomised clinical trials.
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Il percorso di cura e la registrazione di
informazioni cliniche
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Encounter with primary

Population:
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diagnosis
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RWD: le fonti
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RWD: le fonti — | registri
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RWD: le fonti — | registri
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Le fonti del RWD: quali criticita?
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Con guale finalita e stato costruito il database?
Come entrano i pazienti nel database?

Perché i pazienti lasciano il database?
Cosa viene registrato/non registrato?
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A chi serve la RWE?

A quali quesiti scientifici puc
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Con quali strumenti?
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Chi sono i destinatari dell’evidence
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Con quali strumenti?




What is the disease epidemiology and unmet medical need?

What is the patient pathway from diagnosis to treatment?
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Efficacy vs effectiveness
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Efficacy vs effectiveness

RCT == efficacy
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The value of RWE data to customers
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Gli studi di RWE possono essere considerati COMPLEMEW@&@@%on
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Real world data: moving beyond clinical trials
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Conclusioni (2)
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