Does observational research
support the goals of comparative
effectiveness research (CER) ?

Rachael Fleurence, PhD
Oxford Outcomes
November 6%, 2011

H OufordOutcomes

Introductions

Analytical challenges in observational research:

The Role of RCTs and observational Research in
meeting CER/PCOR goals: Rachael Fleurence, PhD

Alex Exuzides, PhD

Use of observational research at NICE: Hannah

Patrick, MD

H OufordOutcomes

Outline

The Rise of CER/PCOR

Evidence for CER/PCOR

The role of the RCTs

The role of observational research
Conclusions

H OufordOutcomes

Rising HC costs not matched by rise in

quality
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Many problems plague the US HC

Current focus on PCOR

Affordable Care Act 2011

Creation of PCORI
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Rising bar for market access

High uncertainty around
evidence standards
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What kind of evidence for CER?
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Better evidence informed by the patient:
Patient Centered Outcomes Research
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The role of the RCT

Preserves randomization
Comparative evidence
Timely ?

Real world ?
Patient-centered ?
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Evidence-based medicine hierarchy

Tahle 2. Hierarchy of research design

1 Evidence obmined from ar less one properh: modomized
conrealled weial

I-1 Evidence obiained from well-designed concrolled
trials without randomizion.

-2 Evidence obrained from well-designed cohort or case-
control analytic studies, preferably from more than
one center of research group.

-3  Evidence cbrained from multiple dme series with or
without the intervention. Dramatic resulis in
uncontrolled experiments (such as the resuls of
the introduction of penicillin weaument in the
1940y could also be regarded as this rype of
evidence.

1 Owpinions of respected authorites, based on clinical
experience, descriptive stdies and case repons. or
reports of expert comimitess.,
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Evidence that is comparative

The NEW ENGLAND
JOURNAL o MEDICINE
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Fanibizutnab and Bevacizumab for Meovascular Age-Related
Macular Tegeneration
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Real world, timely and patient centered
evidence ?

The NEW ENGLAND
JOURNAL of MEDICINE
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Perspective

Comparative Effectiveness Research and Patients with Multiple
Chronic Conditions

Improving RCT efficiency: Adaptive
Trials

Trials in which key design parameters change during trial
execution based upon « priori predefined rules and
accumulating data from the trial to achieve goals of
validity, scientific efficiency, and safety

ALLHAT : Bayesian adaptive trial design
study funded by the NIH.
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The role of observational research NMA: Network of Evidence
* Limitations of observational research are

well known
* Network meta-analyses
 Health information technology
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Improving timeliness and
comparativeness: Drugs by probability of
being the “best” treatment
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NMA: Ranking of anti-manic drugs

Rarkirg forefficacy

oth Fth sth 1=t
Ranking for=cceptability
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Timely, real-word data: EHR and HIT
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Example: DARTNet

Acapemia anp Cunic | finnals of Internal Medicine

An Electronic Practice-Based Network for Observational Comparative
Effectiveness Ressarch

Wikon D Pace, MI0; Mariel Cifuentes, RH, 83K, Robart ). Valuck, PAD; Hizabeth W, Shion, MSTC; Eins C. Bredt B5;amd
Dawid k. Wiesh, PAD
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