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PCORI Overview




PCORI’

Patient-Centered Outcomes Research Institute

* Leading funder of patient-
centered comparative clinical
effectiveness research (CER)

* Independent, nonprofit research institute

* Funds research designed to help people
make better informed healthcare
decisions




Our Mission

Help people make better-informed
healthcare decisions, and improve
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.




Working to Fill a Public Need

- Too often patients lack the
necessary information to make
informed healthcare decisions

» People want to know which
preventive, diagnostic, or treatment
option is best for them

» Real-world research funded by
PCORI provides evidence-based
answers




StrategicPlan

» Bold vision for how PCORI
pursues its mission

- Centered on National
Priorities for Health - which
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guide our work STRATEGIC PLAN

Generating Evidence to Achieve More Efficient, Effective,
and Equitable Health Care and Improve Health for All

- Developed with extensive
public stakeholder input

PCORI.org/StrategicPlan




National Priorities for Health

* Five ambitious long-term goals

* Interconnected and mutually
reinforcing

* Purpose:

 Drive PCORI's research funding and
other initiatives

« Make a positive and significant
impact on patient-centered care
and health outcomes

Increase
Evidence for
Existing Interventions
and Emerging
[nnovations
in Health

Enhance
Infrastructure to
Accelerate Patient-

Accelerate
Progress Toward

an Integrated
Learning Health Centered Outcomes
System Research
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Patient-Centered Outcomes Research Institute

Research Done Differently® pCcori .
Funded Research & Research- Nearly
Related Projects $ 4B
+ Research Awards
AWARDED

- Engagement Awards

» Dissemination and Implementation Awards

MORE THAN

2,000

RESEARCH &
RESEARCH-RELATED
PROJECTS

» Research Infrastructure Awards




PCORI-Funded Research




Key Features of PCORI-funded Research

* Engages patients and stakeholders
throughout research process

* Compares at least 2 health treatments,
services or practices

* Focuses on questions most important to
patients and those caring for them

* Aims to produce evidence that can
be applied in practice settings




Research Award Requirements

* To be considered responsive, all applications must do the following, at a
minimum:
* Describe comparators and patient-centered outcomes

* Describe research that compares two or more alternatives, each of which has
established efficacy and/or is in widespread use

* Propose research that studies the benefits and harms of interventions and strategies
delivered in real-world settings

* Describe consultation with patients and other stakeholders about how the study is
answering a critical question




Patient-Centered Outcomes Research Institute

Engagement in Research

| Engagement in Research

PATIENTS AND OTHER STAKEHOLDERS ARE INVOLVED IN...

Research Research What to Conduct of Review of the Dissemination
HELPING Partnerships . Topics " Fund N Research . Findings : and

DETERMINE and Capacity : . Implementation

Relationship - Outreach, Input, - Merit Review - Research . Peer . Sharing and
LNS’VCJ,';VED and PCOR . Advisory Panels, . Panels X Teams : Review : Uptake of
: Skill Building *  and Workshops : : ’ Findings




Patient-Centered Outcomes Research Institute

Engagement Benefits All Involved

| Patients & Stakeholders

* Increased interest in and knowledge of research

- Skill development and professional
opportunities

* Improved personal health & healthcare
« Enhanced feeling of making a difference

| Communities | Researchers

- Established trust - Deeper understanding of real-world

* Increased research capacity experiences/concerns of study populations
- Strengthened stakeholder relationships * Increased knowledge about engagement
 Increased awareness of various stakeholder - Commitment to engagement in future

perspectives




Patient-Centered Outcomes Research Institute ,
Continuum of Engagement Practices pCOfI :

Levels of Partners’ Decision-Making Authority for Study Design & Implementation

Consultation Collaboration Shared Leadership

EXAMPLE EXAMPLE EXAMPLE EXAMPLE

Focus Groups, Town Halls, Advisory Committee Patient Co-l or Multi- Patient Co-PI,
Crowdsourcing y Disciplinary Executive Team Patient-led tasks

Adapted from: Hanley et al. (2004). Involving the publicin NHS, public health and social care research.
Carman et al. (2013). Patientand family engagement: A framework for understanding the elements and developing interventions and policies. Health Affairs, 32(2), 223-231. Arnstein, S. R. (1969). A ladder of citizen 14
participation. Journal of the American Planning Association, 35, 216-24




PCORI Methodology Standards

Research funded by PCORI must adhere to the PCORI Methodology Standards, which represent
minimal requirements for the design, conduct, analysis, and reporting of patient-centered outcomes
research

The 65 standards can be grouped into 2 broad categories and 16 topic areas.

Cross-Cutting Standards Design-Specific Standards
Formulating Research Questions Data Registries
Patient Centeredness Data Networks
Data Integrity & Rigorous Analyses Causal Inference Methods*
Preventing/Handling Missing Data Adaptive & Bayesian Trial Designs
Heterogeneity of Treatment Effects Studies of Medical Tests

Systematic Reviews

Research Designs Using Clusters
Studies of Complex Interventions
Qualitative Methods

Mixed Methods Research

The first standard for Causal Inference Methods (CI-1) is Individual Participant-Level Data Meta-Analysis (IPD-
considered cross-cutting and applicable to all PCOR/CER studies. MA)




Research Designs of Interest

Randomized Controlled Trials

Well-Designed Observational Studies

Hybrid Designs
* Hybrid type 1 and type 2 appropriate for all four National Priorities for Health
* One of the priority aims must be CER

* Hybrid type 3 designs focusing on implementation are only considered responsive in certain
circumstances, depending on funding opportunity

Natural Experiments

* Rigorously designed studies assessing impact of naturally occurring interventions related to
policies, systems-level strategies, and community partnerships may be appropriate




Research PCORI Does Not Fund

* PCORI does not fund research whose findings will include
* Coverage recommendations

* Payment or policy recommendations

Creation of clinical practice guidelines or clinical pathways

Establishment of efficacy for a new clinical strategy

Pharmacodynamics

Study of natural history of a disease

Basic science or the study of biological mechanisms




PCORI Funding Cycle

pcori’
Funding

PCORI
Funding
Announcement
(PFA)
Development
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Key Award Management Facts

* PCORI issues milestone-driven contracts rather than grants

* Compliance with Legislative Mandate requires strong accountability

* Contracts:
* Are more specific than grants
* Have deliverables that must be established and met (milestones)

* Have significant funder involvement

* Awards are issued to institutions via the Administrative Official (AO) who is required to
sign-off on and submit all formal award-related communications




How Many Pls Can My Research Award Have?

* It is PCORI policy across all research award mechanisms that no more than two Pls (dual-
PIs) can be named on an application

e Other study team staff can be named as co-investigators or other

* Applications with dual-Pls must designate one Contact PI

* The Contact Pl is responsible for submitting application and serves as PCORI’s primary point of
contact for all communication.

* Must complete Leadership Plan Template




You've been funded — here's what to expect!

* All Research Awards funded by PCORI are managed by a team of PCORI staff:
* One Program Officer (PO) and one Program Associate (PA)
* One Contract Administrator (CA)
* One Engagement Officer (EO), as applicable

* PCORI staff build a partnership with funded research teams
* Bi-annual interim progress reports
* Monthly recruitment reports

* Check-in calls

* Final reporting requirements: Final Progress Report + Draft Final Research Report

* Lay summaries published on PCORI website




Patient-Centered Outcomes Research Institute

From Stakeholder Input to Topic Themes

Stakeholder
input
Evidence Topic
Syntheses Themes
PCORI
Engagement
Awards

1. Surveying health landscape 2. Collating ideas 3. Coalescing set of candidate themes

Driven by our National Priorities for Health and advance the Research Agenda
Represent high-burden conditions or issues

Resonate with multiple stakeholders

Reflect areas where PCORI funding would make an impact

« Address gaps in evidence




Patient-Centered Outcomes Research Institute

Topic Themes for Focused Funding

| Topic Themes

* Inform funding
opportunities

High burden, high-
impact health
conditions facing

millions of people
every day

Funding applications
encouraged to align
with topic themes

Populations
o_0

Improving outcomes for
people with intellectual
and developmental
disabilities

Promoting health for older
adults

Promoting healthy
children and youth

Health
Behavior

o

» Addressing substance use
» Addressing violence and

trauma

pCor|

Health
Conditions

N4

« Addressing COVID-19
« Addressing rare diseases

Improving cardiovascular
health

Improving mental and
behavioral health

Managing pain
Preventing maternal
morbidity and mortality
Promoting sleep health




Patient-Centered Outcomes Research Institute

PCORNet®

PCORnet, The National
Patient-Centered Clinical /
Research Network :

National-scale resource to conduct patient- ’1) -

centered research ’!

Research ecosystem well suited to conduct:
« Real-world evidence studies ?
Pragmatic clinical trials f-
Population health research 5‘
Health systems research r

Studies on how best to engage patients
in research ' é‘
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Patient-Centered Outcomes Research Institute

PCORnNnet® Broad Reach & Demonstrated Visibility

Access to Dataon
a National Scale

40+
Health Systems

30M

Patient Encounters

30+
PCORnNet Studies




PCORI Funding Opportunities
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Research Award Funding Opportunities pCOI‘i ®

1. Up to $5M Broad Pragmatic Studies
2. $5-10M Investigator-initiated awards in alignment with the National Priorities for Health
Three funding categories

Methods
Up to $750K Improve use of Al and ML, Improve study design, Support data 2024
research networks, Ethical and human subject protections in CER Funding Cycle

LOI Deadlines

1. Up to $1M Science of Engagement

2. Up to$1.5M Two funding categories: Rapid Measurement Studies Cycle 1: Feb 6

Development and testing of engagement techniques

Cycle 2: Jun 4

Topical/Targeted Cycle 3: Oct 1

Variable : . ) . C
Stakeholder-driven topics, issues, and questions of national significance

Up to $22M
for feasibility and Phased Large Awards for Comparative Effectiveness Research
fuII-scl?Ie study Large, meritorious, and innovative studies with some risks
phases

*All funds and timelines noted above are subject to change



https://www.pcori.org/research/putting-evidence-work/pcori-dissemination-and-implementation-funding-initiatives

Broad Pragmatic Studies

Funds investigator-initiated high-quality
comparative clinical effectiveness research projects

Award sizes with varying requirements (Categories
1, 2, and 3)

Maximum research project performance: 5 years
(all categories)

Applicants required to select a primary National
Priority

May seek to align LOl/application with 12 topic
themes and Special Areas of Emphasis

Accelerate
Progress Toward
an Integrated
Learning Health
System

Achieve Health
Equity

Increase Evidence for
Existing Interventions
and Emerging
Innovations in Health

PATIENT-CENTERED
HEALTH

=
-
-------
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L
L

Enhance
Infrastructure
to Accelerate

Patient-Centered
Outcomes Research

Advance the Science
of Dissemination,
Implementation,

and Health
Communication




Improving Methods for Conducting Patient-Centered

Outcomes Research

+ Funds projects that address important
methodological gaps and lead to
improvements in the strength and
quality of evidence generated by CER
studies

* Includes call outs for specific
programmatic priorities
» Budget/Duration:

« Maximum Research Project
Performance: 3 years
« Maximum Total Direct Costs: 750k




Advancing the Science of Engagement

- Seeks to fund studies that build an evidence base on engagement in research including:
- Measures to capture structure/context, process, and outcomes of engagement in research
« Techniques that lead to effective engagement in research

- How effective engagement techniques should be modified and resourced for different
contexts, settings, and communities to ensure equity in engagement and research

- Solicits applications that focus on:
« Development and validation of measures
« Development and testing of engagement techniques

- Budget/Duration:

« Maximum Research Project Performance: 2-3 years
« Maximum Total Direct Costs: $1M - $1.5M




Topical Funding Awards

+ Fund high-quality CER focused on 12
Board-approved Topic Themes

- First two Topical PFAs:

« Cardiovascular Health
 Sleep Health

- Upcoming Topical PFAS:
« Maternal Morbidity and Mortality
* Intellectual and Developmental Disabilities
+ Sleep Health




PLACER: Phased Large Awards for

Comparative Effectiveness Research

* Supports large-scale, high-impact randomized trials whose risk in achieving
aims merits an initial period of testing and refinement to determine their
feasibility and viability, and maximize the likelihood of full-scale trial success

* Bi-phasic design, with phased contract
* Requires Data Coordinating Center and Dual-PI structure

- Randomized at individual- or cluster-level (no observational studies)

Feasibility Phase (18 months) Full Scale Trial (5 years)

$2M $20M

Maximum total
direct costs

32




LOI/Merit Review Tips




Our Merit Review Process

1
P
3
A

Evaluate Letters of Intent

Preliminary review of full applications

In-person panel review

Selection Committee Review / Executive Director consideration and approval




Tips on Preparing a Letter of Intent (LOI)

research question as evidenced by critical gaps identified by
clinical guideline developers and/or a recent relevant

systematic review | G C \\\\Lﬁ
i -  \‘».\

« Provide evidence of a compelling decisional dilemma for ’ »

- Show the importance, relevance, and justification of the -
\

clinicians or patients

N

« Support the known efficacy of the intervention(s) and
comparator(s)

* Provide clear and credible responses to the LOI questions, such as well-described
comparators, clear research methods (e.g., study design, sample size, effect size)

« Support the feasibility of what you propose to do
« Programmatic fit and balance

—




Example Projects




Patient-Centered Outcomes Research Institute

Insights: Comparative Clinical Effectiveness Research

African-American Adults Can Improve
Diabetes Self-Care with Telehealth &
Health Coaching

Summary

This PCORI-funded study found after one year,
patients supported to self-manage their
diabetes had improved blood glucose control
and reported an increase in the number of
days they followed a healthy eating and
exercise plan.

African-Americans are disproportionately affected by
diabetes. Behavior change to stay healthy can be

challenging, but support for self-care practices can help
people make positive changes.

PCORI-funded studies are designed to produce reliable, useful information to help

patients, caregivers, clinicians, employers, insurers, policy makers, and others make better

informed health and healthcare decisions. 37




Patient-Centered Outcomes Research Institute

Insights: Comparative Clinical Effectiveness Research

Comparing Asthma Treatments in
African-American, Hispanic & Latino Adults -
The PREPARE Study

Summary

This PCORI-funded study showed an easy-
to-use, patient-centered approach to
managing moderate to severe asthma
improved outcomes for Black and Hispanic
adults.

More than 25 million people in the United States have

asthma.

PCORI-funded studies are designed to produce reliable, useful information to help
patients, caregivers, clinicians, employers, insurers, policy makers, and others make better
informed health and healthcare decisions. 38




Patient-Centered Outcomes Research Institute

Insights: Comparative Clinical Effectiveness Research PCOri

Comparing Two Aspirin Doses to Prevent
Heart Attacks and Strokes in People Living
with Heart Disease - The ADAPTABLE Study

Summary

This PCORI-funded, PCORnet® Study,
showed people who took aspirin to lower
their chances of having a heart attack or
stroke had similar benefits whether they
took a high or low dose.

: Heat disease is the most common Killer in the United
pcorn et i States. Every 40 seconc{s, someone in the'US has a heart

attack. Many who survive develop complications such as
| The NationalPatent Centered Clncal Research Network heart failure or stroke.

PCORI-funded studies are designed to produce reliable, useful information to
help patients, caregivers, clinicians, employers, insurers, policy makers, and others
make better informed health and healthcare decisions.




Patient-Centered Outcomes Research Institute

Insights: Research Infrastructure - PCORnet®

Racial & Ethnic Disparities in Receipt of
Medications for Treatment of COVID-19

Summary

This PCORnet-powered study provided
actionable evidence allowing CDC to adjust
their COVID-19 outreach strategies.

: CDC-funded research conducted using PCORnet
\\, /3 highlighted the lower use of monoclopal an'tibody
2 treatment among Black, Asian, and Hispanic
patients who tested positive for COVID-19, relative to

C“ pcor n et White and non-Hispanic patients.

»  The National Patient-Centered Clinical Research Network

PCORnet is intended to improve the nation’s capacity to efficiently conduct patient-centered

health research, particularly comparative clinical effectiveness research, by providing a large,

highly representative network of health data, research expertise, and patient insights.

PCORnet has been developed with funding from PCORI. 40




Additional Resources




Patient-Centered Outcomes Research Institute

Research Fundamentals

New to Patient-Centered
Outcomes Research?

 Explore our Research Fundamentals
* Free, self-paced, online training
 Easy to understand modules

+ Helps people better understand the
healthcare research process and to learn
how to get involved in patient-centered CER

Scan Now
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Engagement Tools & Resources pCcori .

Patient-Centered Outcomes Research Institute

Engagement Tool & Resource
Repository

+ Searchable peer-to-peer repository

« Explore 400+ engagement-related tools
and resources developed and used by
PCORI awardees

* Includes toolkits, case studies, engagement
guides, training manuals, white papers, tip
sheets and more

Scan Now



Patient-Centered Outcomes Research Institute

Multi-Stakeholder Research Teams

Tips for Building Effective Multi-
Stakeholder Research Teams

Explore PCORI’'s Free Resources for:

- Establishing best practices

Defining roles and responsibilities

Making effective group decisions

Planning for collaboration

Sustaining engagement

...and More!

PCORIl.org/Research-Teams




Patient-Centered Outcomes Research Institute

Evidence Updates

| Explore our Free Evidence Updates

* Free research findings from systematic reviews and PCORI-funded studies
- Patient and Clinician versions available
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Nonsurgical Treatments for

Treating Urinary Incontinence ) € ]
Urinary Incontinence in Women

in Women without Surgery

Urinary incontinence, or the leaking of urine, can be improved or stopped

can weaken confidence and interfere with a
person's daily activities. Ul becomes more common
with age, but its not an inevitable part of aging. Some
women have surgery to treat their I, However,
several nonsurgical options are available and work
wall, If you have UL, talk to your doctor about what
options might be right for you.

Findings

A2018 update of a systematic
= review confirmed that several
nonsurgical treatments can

illions of American women have urinary
incontinence, or UL Worry about leaking urine

improve or stop Ul can cause
side effects, but most side effects are not serious.
This systematic review was supported by PCORI
through a research partnership with the Agency
for Healthcare Research and Quality (AHRQ)

Is All Urinary Incontinence
the Same?

Three kinds of Ul exist, and each can be treated.

» Stress Ul happens when you cough, laugh,
sneeze, or strain.

» Urgency Ul happens when you have a sudden,
unexpected feeling of needing to urinate
and cannot make it to the bathroom i time.
Urgency U is also called overactive bladder.

» Mixed Ul happens if you have both stress and
urgency Ul

What Steps Can | Take to Get
the Treatment | Need?

» See your primary care provider. Leaking
ne i common in women, ezpecially after
age 40, You might feel embarrassed, but
don'tlet that keep you from getting help. Your
primary care provider can help or refer you to
a specialist.

» Get a diagnosis. Tell your primary care
provider about your symptoms and how thay
affect your lfe. This information will help the
doctor determine what type of Ul you have.

» Explore your options. Several treatments are
available to you. The table on the next page
shaws some of the options that do not involve
surgery. Options range from medicines to
exercises you can do at home, Work with
your provider to create a treatment plan that
includes these or other treatments.

The findings of a recent update of a systematic review,' supported by PCORI through a
research partnership with the Agency for Healthcare Research and Quality (AHRQ), show
that both nonpharmacological and pharmacological treatments are effective for treating
srinary incontinence in non-pregnant women.

Overview

Urinary incontinence (Ul)is the uncontrolled or
involuntary loss of urine of any amount. Many women
refer to it as “leaking” urine. Treatment plans differ in
part based on the type of incontinence. Three types of
Ul are most common in women:

» Stress Incontinence is associated with
everyday actions such as coughing, sneezing,
laughing, o exercise.

> Urgency Incontinence is associated with a
sudden and strong urge to urinate and inability
10 get to the bathroom in time.

» Mixed incontinence is when symptoms of both

stress and urgency incontinence are prasent

Ul affiects about 17% of women in the United States,

and the prevalence increases with age.* About 25%

of women of reproductive age,’ 50% of middle-aged

and postmenopausal women,** and 75% of elderly

woman in nursing homes? experience Ul. Despite the

high prevalence of UL, however, many women hesitate

to seek treatment because they are embarrassed

Ul Is Treatable

Among women with U, nonsurgical
treatments are effective in improving o
curing symptoms and achieving patient
satisfaction.

About the Report

The systematic review update (hereafter, the
feview") revises an earlier version published in 20120
adding 109 new studies. The review includes studies
that compare the benefits and harms of various
norsurgical approaches on curing or improving’
symptoms, achieving patient satisfaction,” or
improving quality of ife for women with stress Ui,
urgency UL or mixed U, It diides the interventions
Into first-*, second- or third-fine" treatments.

The review combines data from direct (head-to

head) and indirect comparisons through a common

comparator and conducts network meta-analyses of
f in

or unaware that improvement is possible. A recant
update of a systematic review addresses the
effectiveness of nonsurgical treatments, concluding
that these treatments are effective for non-pregnant
adult women with U1

16 categories drawn from 2 total of 233 studies. The
review excludes women with atypical etiologies such as
peluic organ prolapse o neurogenic bladder, as these
conditions are not thought to be amenable to typical
nonsurgical treatments for stress or urgency Ui

—— hoknenges one or wa betuviora therapy o hormones furgency Ut
St and uegeny | ressims reeaae, resmure Buing (tvess U o e o A BT for
QUICK LOOK FOR CLINICIANS ORLORG | INFOBPCORLOR LLOW S @PCC




Patient-Centered Outcomes Research Institute

PCORNet®

Use PCORNet to Generate
Trustworthy Answers to
Advance Health Outcomes

Jumpstart your research with:

- National-scale network

+ High-quality health data

- Established patient partnerships

- Deep research expertise

eeeeeeeeeeeeeeeeeeeeeeeeeeeeeeeeeeeeeeeeeeeeeeeeee

Scan Now

PCORnet developed with funding from PCORI




Patient-Centered Outcomes Research Institute

Stay Connected

Looking to Stay Current on All
Things PCORI?

pcori’.

Sign up to receive our weekly email newsletter
and alerts about:

* Funding opportunities

* Results from our funded research

« Webinars, meetings and events

« Our new strategic initiatives and more!

PCORI.org/Subscribe




Patient-Centered Outcomes Research Institute &
Get Involved pCOfl

Several Ways to Get Involved
with PCORI

Apply to serve on one of PCORI's five
Advisory Panels

Become a Merit Reviewer
Become a PCORI Ambassador
Become a Peer Reviewer

Participate in PCORI Events




How Do | Speak to a PCORI Staff Person?

- We want to hear from you!

* If you have a question about a potential project, reach out to sciencequestions@pcori.org

* Visit pcori.org/apply

e Submission instructions
* FAQs

e Other resources



mailto:sciencequestions@pcori.org

Stay Connected

| Join the Conversation

() orcor
O /PCORInstitute

ink

ﬂ PCORI.org/Subscribe
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