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Overview

• What is PCORnet®
• What is a PCORnet® Study
• Background, Rationale, and Design of the COMPARE Pediatric IBD 

study
• Use of PCORnet in the COMPARE study
• Study progress to date



Cycle 1 2024 Funding Cycle

Broad Pragmatic Studies
PCORI Funding Announcement

Use of the PCORnet resources to improve the 
efficiency or quality of the patient-centered 
research conducted (e.g. Common Data Model, 
single institutional review board, engagement 
resources)
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One PCORnet® — Many Possibilities
PCORnet is a national resource, funded by PCORI, that enables 
insights from high-quality health data, research expertise, and 
patient partnership to deliver trustworthy answers that advance 
health outcomes.

Research Powered by PCORnet®
• Clinical Effectiveness Research
• Population health research
• Health systems research
• Implementation science research
• And more

So What is PCORnet? 

More Than a Data Network
Access to patient partners and thousands of clinicians with
expert knowledge of PCORnet-enabled data = meaningful
research targets and faster answers.

The PCORnet® 
Common Data Model

• Standardized, structured EHR across health systems
• Frequent data curation

Ready for Research

Demographics Diagnoses Procedures

Vital 
Signs

Medication Orders
& Administrations

Clinical 
ObservationsLabs

Social Drivers
of Health

Patient-Reported 
Outcomes
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Scope of PCORnet-Accessible Data
PCORnet represents data from everyday health care encounters with more than 47 million people 
annually across all 50 States, enabling large-scale, innovative, patient-centered health research

*The data density map illustrates single
addresses that are associated with individual 
PCORnet® Network Partner encounters.
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PCORnet® Studies represent a deep level of partnership to advance 
patient-centered comparative clinical effectiveness research and other 
national-scale research.

PCORnet® Studies are committed to:  
1. Collaborating with two or more PCORnet® Clinical Research 

Networks (CRNs)
2. Ensuring stakeholders are engaged throughout the project lifecycle
3. Broadly disseminating findings and returning study results to 

participants
4. Sharing study progress, performance metrics, and best practices with 

the network regularly
5. Leveraging PCORnet® resources (e.g., PCORnet® Common Data 

Model, Master Agreements, etc.) as appropriate

What is a PCORnet® Study?

57 
Active PCORnet® 

Studies

991+
Publications about 

PCORnet®

$644M
PCORnet® Study 

Funding



COMPARE Study Background
(for the non-Pediatric GI)
• Inflammatory Bowel Disease (IBD), including Crohn’s disease (CD) and 

ulcerative colitis (UC), are chronic, immune-mediated gastrointestinal 
conditions with no cure

• Affects ~ 100,000 youth in U.S, with increasing prevalence in recent 
decades

• Gastrointestinal symptoms include abdominal pain, diarrhea, blood in 
stool, and urgency/incontinence

• Profound impact on nutrition, growth, physical, and psychosocial 
development

• Up to 25% of patients may require surgery (and possibly ostomy) in first 
year from diagnosis

• Treatment can be very costly, often $20-30K per patient 
per year



Background II
• Anti-TNF biologics are first-line therapy

• Only FDA-approved advanced therapies for children

• Approximately ~30% experience treatment failure within 1st two years
• Urgent need for additional therapies

• IBD treatment armamentarium continues to grow
• Many new therapies targeting different mechanisms of action FDA-

approved for adults
• Frequently used off-label in children

• No Comparative Effectiveness Research to guide treatment decisions 
for children for whom anti-TNF fails



Aims
Aim 1. In children with Crohn’s disease refractory to anti-TNF therapy, we will: 
A) Compare the effectiveness of IL 12/23 inhibitors (ustekinumab, risankizumab, etc.), 
vedolizumab, upadacitinib and other emerging therapies; 
B) Characterize the safety of these treatments by analyzing adverse events and laboratory 
abnormalities; and 
C) Explore heterogeneity of treatment effects (HTE) across subgroups of clinical interest: age, 
time from diagnosis, baseline disease severity, number of prior anti-TNF therapies, and disease 
phenotype. 

Aim 2. In children with ulcerative colitis refractory to anti-TNF therapy, we will: 
A) Compare the effectiveness of IL 12/23 inhibitors (ustekinumab, risankizumab, etc.), 
vedolizumab, JAK inhibitors (tofacitinib and upadacitinib), and other emerging therapies; 
B) Characterize the safety of the above treatments; and 
C) Explore HTE across subgroups of clinical interest. 



Study Design

• Parallel multi-center, prospective cohort studies (CD and UC) developed with 
multi-stakeholder input that focus on comparative clinical effectiveness

• Retrospective cohort studies using de-identified EHR data that focus on safety
• Larger sample size with longer follow-up



Engagement



Prep-to-Research Engagement: Community 
Feedback Sessions
• 8 parents, 4 adult patients, and 4 clinicians
• Goals:

• Pressure test importance of research question
• Consider overall study design
• Identify primary and secondary study endpoints



Overall Study Design-verbatim from proposal

• “The pros and cons of these alternative study designs were discussed with patient, parent, 
and clinician stakeholders.” 

• “During the engagement studios, 100% of stakeholder participants strongly agreed or agreed 
that a prospective cohort study was the most appropriate design, given the pros/cons of 
alternative designs.”

• 71% strongly agreed and 29% agreed that a prospective cohort would “provide high quality data 
that addresses this important knowledge gap”

• 64% strongly agreed and 36% agreed that this study design would “produce results that patients 
and providers can depend upon in making clinical decisions.” 



Study Outcomes



Use of PCORnet® in COMPARE
Research done differently
• Study sites
• Prep-to-Research Queries

• Demonstrate current, real-world use of comparators in population of interest
• Feasibility of recruitment at participating centers

• Administrative efficiencies
• Use case for PCORnet® Clinical Research Collaboration Agreement 
• sIRB
• Research Readiness Coordinators and other levers

• PCORnet® Common Data Model 
• Support recruitment
• Supplement chart review and manual data entry

• Ease site burden; minimize human error
• Low-touch monitoring
• Assess representative of study population
• Expanded safety analysis-larger cohort, enrolled and unenrolled 

participants



COMPARE Sites & Corresponding PCORnet® 
Clinical Research Network Locations
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PCORnet prep to research query

Prep-to-research work using PCORnet resources



Use of the PCORnet® Common Data Model

• Plan to send quarterly queries to all sites
• Same query, updated regularly

• Uses of query
• Supplement chart review and manual data entry

• Ease site burden; minimize human error
• Support recruitment
• Low-touch monitoring
• Expanded safety analysis
• Assess representativeness of study population



PCORnet® CDM to supplement chart review and 
manual data entry
 

• Pull high-quality, discrete data that don’t require manual review 
directly from EHR

• e.g. height, weight, vitals, many labs, etc.

• Also built eCRF forms for  these values as not all test results are 
included as discrete data

• Outside labs that are scanned documents, etc.



PCORnet® CDM queries to support recruitment

• PCORnet® CDM query will identify participants in site DataMarts that 
appear to have met eligibility criteria

• Compare this with actual enrolled participants
• Generate report for sites



PCORnet® CDM queries for low-touch monitoring
• Identify events of interest in enrolled participants
• Use as a reminder for sites to complete chart abstraction and eCRF 

entry as needed



PCORnet® CDM queries for low-touch monitoring (2)



PCORnet® CDM for retrospective safety studies

• Comparator agents have been used in this population for a decade
• Demonstrated by preliminary data

• Not all patients who start comparator agents over next 3 years will be 
enrolled in the prospective cohort

• Many of the safety events of interest can be readily identified in EHR 
data

• Malignancy, serious infections, venous thromboembolic events
• Advantages of analyzing EHR data

• Larger sample size
• Longer follow-up
• Don’t need to wait 5 years for an answer



PCORnet® CDM for retrospective safety studies

• Comparator agents have been used in this population for a decade
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• Not all patients who start comparator agents over next 3 years will be 
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• Many of the safety events of interest can be readily identified in EHR 
data

• Malignancy, serious infections, venous thromboembolic events
• Advantages of analyzing EHR data

• Larger sample size
• Longer follow-up
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PCORnet® CDM to evaluate representativeness

• Super unique opportunity
• We know who could be enrolled
• We know who is actually enrolled
• We can compare their “baseline characteristics”

• And outcomes



Administrative efficiency

• Use case for PCORnet® Clinical Research Collaboration Agreement
• sIRB
• Leveraging Research Readiness Coordinators, PCORnet® CRN PIs, and 

PCORnet® CRN site PIs



Startup metrics-contracts

• All 31 site contracts fully executed (~7 months)
• First site:  34 days; last site: 196 days
• Median days to contract execution: 95.5 days
• Variation by CRN (median days)

• STAR  (89 days) 
• PEDSnet (94 days)
• PaTH (118 days) 
• INSIGHT (129 days)
• GPC (86 days)



IRB reliance

• 23/31 sites approved (7 months)
• On track for all sites to be approved by end of Feb
• Variation by CRN (% sites IRB approved by 7 months)

• STAR (100%)
• PEDSnet (78%)
• PaTH (75%)
• INSIGHT (33%)
• GPC (75%)



21 Participants Recruited across 9 Sites

• Lurie 
• UNC
• Michigan
• Wake Forest/Atrium
• Seattle Children’s
• Vanderbilt
• Colorado
• Duke
• UCSF
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Total Enrollment per Cohort by Site 

Enrolled UC CD



Recruitment

Target is 9-27 CD 
by end of Feb

Target is 4-21 UC 
by end of Feb
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Summary

• Pressing need for CER in Pediatric IBD
• PCORnet® can facilitate Research Done Differently (and better)

• special funding opportunities for PCORnet® Studies

• Planning a PCORnet® Study is a lot of work (and takes time)
• Start the process early
• Benefits may be on the back-end even with more effort up front 

• Use PCORnet Prep-to-Research Queries wisely
• Be aware that use of PCORnet adds complexity (and likely cost)
• Don’t forget about Engagement (including Prep-to-Research)
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Learn More
About the
Front Door
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A “knock” on the PCORnet® Front Door can support:

The PCORnet® Front Door
The access point for PCORnet resources and services

DATA NETWORK REQUEST
• Get data insights from PCORnet® 

Clinical Research Networks
• Obtain aggregated results for 

informing research project 
development

STUDY DESIGN
Preliminary data for proposals, 
effect sizes, and potential 
study power

CONNECTIONS TO NETWORK 
COLLABORATORS

• Partners to co-design research
• People with specific expertise

PCORnet® STUDY SUPPORT
Deeper partnership with PCORnet 
provides access to best practice sharing, 
patient engagement, and transparent 
quality improvement initiatives

https://pcornet.org/front-door/?utm_source=AdrianHernandez&utm_medium=overview-deck-front-door
https://pcornet.org/front-door/?utm_source=AdrianHernandez&utm_medium=overview-deck-front-door
https://pcornet.org/front-door/?utm_source=AdrianHernandez&utm_medium=overview-deck-front-door
https://pcornet.org/front-door/?utm_source=AdrianHernandez&utm_medium=overview-deck-front-door
https://pcornet.org/front-door/?utm_source=AdrianHernandez&utm_medium=overview-deck-front-door


SUBSCRIBE
to the PCORnet newsletter

FOLLOW
PCORnetwork on LinkedIn

@PCORnetwork on X

Connect with 
PCORnet LEARN MORE ABOUT

the PCORnet® Front Door

https://pcornet.org/newsletter/
https://www.linkedin.com/company/pcornetwork
https://twitter.com/pcornetwork?lang=en
https://pcornet.org/front-door/
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