
What is Patient Centered 
Outcomes Research?

David Hickam, MD, MPH
Minneapolis, MN
June 19, 2014



Key Questions for this Presentation

What are the important features of patient 
centered outcomes research (PCOR)?

How is PCORI promoting best practices in 
research?

 System for review of applications

 Methodology standards

What types of projects have the best chance of 
receiving funding from PCORI?



“The purpose of the Institute is to assist patients, 
clinicians, purchasers, and policy-makers in making 
informed health decisions by advancing the quality 
and relevance of evidence concerning the manner in 
which diseases, disorders, and other health conditions 
can effectively and appropriately be prevented, 
diagnosed, treated, monitored, and managed 
through research and evidence synthesis …”

PCORI’s Mandate. . .



The PCORI Mission Statement

The Patient-Centered Outcomes Research 
Institute (PCORI) helps people make informed 
healthcare decisions, and improves healthcare 
delivery and outcomes, by producing and 
promoting high integrity, evidence-based 
information that comes from research guided 
by patients, caregivers and the broader 
healthcare community.



What is Evidence-based Information? 

Clinical evidence:  Valid data about the outcomes 
experienced by patients who receive medical care.
 The population is well defined.
 The clinical interventions are well defined.
 We have information about the most important outcomes  

(both benefits and harms).
Comparative effectiveness
 Focus on the choices people make about the options for 

managing a disease.
 Compare the benefits and harms associated with each 

option.



What are the Features of Patient 
Centered Outcomes Research?

Patient-Centered Outcomes Research (PCOR) is the 
model for conducting research that addresses 
comparative effectiveness questions.

PCOR has the following characteristics:

• Actively engages patients and key stakeholders 
throughout the research process.

• Compares important clinical management options.

• Evaluates the outcomes that are most important to 
patients.

• Addresses implementation of the research findings in 
clinical care environments.



Key Features of Research Supported
by PCORI
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Research Should: 

Special Topics of Interest:

Study the benefits and harms of 
interventions and strategies 
delivered in real‐world settings
Compare at least two alternative 
approaches

Be based on health outcomes 
that are meaningful to the patient 
population
Be likely to improve current 
clinical practices

Conditions that heavily burden 
patients, families and/or the health 
care system. 
Chronic or multiple chronic  
conditions

Rare and understudied conditions
Conditions for which outcomes 
vary across subpopulations



PCORI selects projects that demonstrate the highest 
probability that they will be:

 Completed on time

 Within budget

 Meeting all milestones and deliverables

If at first you don’t succeed, apply again. In the Winter 
2013 Funding Cycle, 29% of resubmitted applications 
were funded, compared to 12.7% for all applications
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PCORI’s Review Process



Patients are Engaged in Reviewing 
Research Applications

PCORI uses multi-stakeholder review panels to review 
the applications submitted by investigators.

 50% of the members of review panels are either 
patients or other key stakeholders.

The panels evaluate and score the applications and 
stakeholder engagement.

Patients and other relevant stakeholders must be 
included as members of research teams and involved 
in all aspects of the project.



Criteria Used by PCORI Merit 
Review Panels

Impact of the condition on the health of 
individuals and populations
Potential for the study to improve health 
care and outcomes
Technical merit
Patient-centeredness
Patient and stakeholder engagement



Some Projects are Outside of PCORI’s
Priorities

•Cost-effectiveness analyses or studies that primarily 
address costs of care as an outcome.

•Studies that develop new methods of measurement.

•Studies of the efficacy of unproven treatments.

•Natural history studies.
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PCORI Requires Adherence to its                         
Methodology Standards

• Formulating Research 
Questions

• Patient-Centeredness

• Data Integrity and 
Rigorous Analyses

• Preventing/Handling 
Missing Data

• Heterogeneity of 
Treatment Effects

• Data Networks

• Data Registries

• Adaptive and Bayesian 
Trial Designs

• Causal Inference

• Studies of Diagnostic Tests

• Systematic Reviews

47 Individual Methodology Standards



Characteristics of the Methodology 
Standards

• Are minimal standards for performing comparative 
effectiveness research.

• Are intended to provide helpful guidance to researchers 
and those who use research results.

• Reflect generally accepted best practices.

• Provide guidance for both project protocols and reporting 
of results.

• Are used to assess the scientific rigor of funding 
applications.

• Context of research should drive use of the standards.



Starting Point: The Methodology Standards 
on Formulating Research Questions

Identify gaps in evidence (RQ-1)
Identify specific populations and health decisions 
(RQ-3)
Select appropriate interventions and comparators 
(RQ-5)
Measure outcomes that people notice and care 
about (RQ-6)

RQ=“Standards for Formulating Research Questions”



Clinical Focus of Previously Funded Projects
PCORI Assessment of Options Program

Diagnosis
15%

Prevention
12%

Treatment
73%

N = 67

KOW5
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KOW5 Add "Four cycles funded:..."
Kara Odom Walker, 6/14/2014



Trials to Assess the Impact of Decision 
Aids

Decision to obtain screening for lung cancer.
Treatment options for appendicitis.
Choosing methods for contraception.
Choosing treatments for back pain.
Treatment options for lupus.
Cancer treatment choices (4 trials).
Guidance for use of diagnostic tests (3 trials).



New Initiatives Derived from Stakeholder-
Based Clinical Priorities

Opportunity to identify important evidence gaps
 Nomination of clinical topics
 Advisory panels

Targeted initiatives on single clinical topics

Pragmatic Studies Announcement
 PFA first released in January 2014.
 Competitive LOIs.
 Larger budgets and longer project durations.



Some of the Priority Topics for the First 
Pragmatic Studies Announcement

Treatments to prevent the transition from episodic to 
chronic low back pain
Diagnosis and management of bipolar disorder in 
children and adolescents
Treatment strategies for osteoarthritis
Management of ductal carcinoma in situ
Treatments for multiple sclerosis
Treatment strategies for autism spectrum disorder
Proton therapy for breast, prostate, and lung cancer.
Treatment of opioid substance abuse



Which Strategies are Likely to be 
Successful when Seeking Funding in 
2014?

• PCOR should compare clear clinical options.

• Be cautious with a “usual care” comparator.

• The clinical interventions should be easy to 
replicate: path to dissemination.

•Do not neglect engagement.

•Make sure that the outcomes are meaningful.

• Address both benefits and harms.

•Cover all of the Methodology Standards.
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Conclusions

• Patient-centered outcomes research (PCOR) provides 
relevant information to help patients and providers choose 
among alternative clinical strategies.

• Applicants for funding should engage patients and 
stakeholders in identifying questions and defining important 
outcomes.

• Projects should directly address important clinical 
comparisons and examine meaningful outcomes.

• The PCORI Methodology Standards guide best practices for 
planning, conducting and reporting research.



Join Us at PCORI.org


