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May 7, 2009
Does Comparative-Effectiveness Research Threaten
Personalized Medicine?
Alan M. Garber, M.D., Ph.D., and Sean R. Tunis, M.D.
e
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Evolving Together Or Apart?
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_ o . health care providers want to treat us
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Not Medical Science believe all patients can be treated the
same without considering their unique
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Comparative Effectiveness Research and Personalized Medicine:
Policy, Science, and Business
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"Personalized medicine and comparative effectiveness researcl
are actually synergistic facets of improving health care
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Comparative Effectiveness Research (C
LIl [nstitute of Medicine (IOM) Definition

EFFECTIVENESS
RESEARCH

G ¢ Keheration and synthesis of evidence
that compares thebenefits and harmsof
alternative methods to prevent, diagnose,
treat, and monitor a clinical condition or to
Improve the delivery of care. The purpose of
CER Is to assist consumers, clinicians,
purchasers, and policy makers to make
iInformed decisionghat will improve health
care at both theindividual and population
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Institute of Medicine Committee on Comparative
Effectiveness Research Prioritization (2009)
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Six CER Characteristics (101

. Comparesat least two alternative
Interventions, each with the potentlal
62 0S8 0Said LINY OG A

COMPARATIVE
EFFECTIVENESS
RESEARCH

2. Gonducted insettingssimilar to those
INn which the intervention will be used
In practice

3. Measures outcomes, bothenefits and
harms that are important to patients

Institute of Medicine Committee on Comparative
Effectiveness Research Prioritization (2009)
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Six CER Characteristics (101

4. Informs a specific clinicadecision from
the patient perspectiveor a health
policy decision from the population
perspective

COMPARATIVE
EFFECTIVENESS
RESEARCH

5. Describes results at both the
population and subgroupevels

6. Employsmethods and data sources
appropriate for the decision of interest

Institute of Medicine Committee on Comparative
Effectiveness Research Prioritization (2009)
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Examples from the
il First Quartile of IOM Priorities
o A Compare the effectiveness of treatment

strategies for atrial fibrillation including surgery,
catheter ablation, and pharmacologic treatment

A Compare the effectiveness of dissemination and
translation techniques to facilitate the use of CEF
by patients, clinicians, payers, and others

A Compare the effectiveness of schebased
Interventions involving meal programs, vending
machines, and physical education, at different
levels of intensity, in preventing and treating
overweight and obesity in children and
adolescents
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Timeline of Selected Health Technology Assessment, Effectiveness Research,

and Evidence-Based Medicine Activities
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[ JPublic [ JpPrivate [l Public-Private

B Ex-us

PPACA

AHCPR MEDTEP=Agency for Health Care Policy and Research Medical Treatment Effectiveness Program; AIFA =Italian Medicines Agency; AMCP=Academy of
Managed Care Pharmacy; ARRA = American Recovery and Reinvestment Act; BCBS TEC=Blue Cross Blue Shield Technology Evaluation Center; CADTH = Canadian
Agency for Drugs and Technology in Health; CMTP= Center for Medical Technology Policy; DERP=Drug Effectiveness Review Project; HAS=Haute Autorité de Santé
(French National Authority for Hedlth; ICE= Institute for Clinical and Economic Review; IQWIG = Institute for Quality and Efficiency in Healthcare; MMA = Medicare
Modernization Act; NCHCT = National Center for Health Care Technology (predecessor to AHCPR); NICE = National Institute for Health and Clinical Excellence;

PBAC=Pharmaceutical Benefits Advisory Council (Australia); PCORI = Patient-Centered Qutcomes Research Institute.

Subedi, Perfetto, Ali. IMCP 2011
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Patient-Centered

Outcomes Research pcorﬁ

|Institute

PCORI is authorized by Congress to conduct
research to provide information about the best

available evidence to help patients and their
health care providers make more informed

decisions.

Patient Protection and Affordable Care ACPPACA)
Section 6301 and Section 10602,Public Law-148
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http://www.pcori.org/

EvidenceBased Medicine (EBM)
and Health Technology Assessment (HTA)

A Evidencebased medicine (EBMy & G KS & AbestS 3
research evidencwith clinical expertiseand patient
valueX2 KSYy (0KSaS U(GKNBS SfSYySy
clinicians and patients form a diagnostic and therapeutic
alliance which optimizes clinical outcomes and quality of
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A Health technology assessment (HTRa | & Y dzf 0 A
field of policy analysis. It studies the medical, social,
ethical, and economic implications of development,
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Network of Agencies for Health Technology Assessment
2002).
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Terminology Confusion

Can ItWork? (Efficacy)

Does It Work? (Effectiveness)

Is It Worth It? (Value)

Evidence
Generation

Evidence
Synthesis

Decision
Making

Luce et al. Milbank Quarterly 2010
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Terminology Untangled

Can ItWork? (Efficacy)

Does It Work? (Effectiveness)

Is It Worth It? (Value)

/\
\ (Observational
ragmatl Studies
Trials

Evidence
Generation Randomized
Controlled
Trials
Evidence
hesi :
Synthesis Systemati
Reviews
Decision
Making

Product
Approval

Patient an
Clinician
Decision

Econorh

Evaluation

Coverage
Decision

Luce et al. Milbank Quarterly 2010
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Patient-centered outcomes research (PCC pcori$
helps people and their caregivers
communicate and make informed health
care decisions
/" fGi ven myﬁoerso arlmiHow can clin ci

characteristics,

conditions and the health care systems

preferences, what they work in help me
’ make the best decisions

should I expect will ) about my health and
\\happen to /me?o \_heal thcare?o /

( \ (ﬁWhat can\l do to

nWhat are |my

options and what improve the
are the benefits outcomes that are
and harms of those most important to

\options?bj \me?(‘) )

(http://www.pcori.org/what-we-do/pcor/) Morton. RIMED. 10/12. 15




Patient-Centered Outcomes Research (PCOR): pcori§§

{ Assesses theenefits and harmsf interventionsto
Inform decision making, highlightingomparisonsand
outcomes that matter topeople

{1 Incorporatesa wide variety of settingsand diversity of
participants to address individual differences and
parriers to implementation anddissemination

1 Is inclusive oifndividual preferencesautonomy and
needs, focusing on outcomes that peopbare about

{ Investigates optimizingputcomes while addressing
burden to individuals, availability of services,
technology, and personnel, and other stakeholder
perspectives
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PCOR Added to Terminology Marg

Can ItWork? (Efficacy)

Does It Work? (Effectiveness)
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Is It Worth It? (Value)
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Luce et al. Milbank Quarterly 2010
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OPrecision medicineefers to the tailoring of medical treatment to
the individual characteristics of each patient. It does not literally
mean the creation of drugs or medical devices that are unique to a
patient, but rather the ability to classify individuals into
subpopulations that differ in their susceptibility to a particular
disease, in the biology and/or prognosis of those diseases they mz
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