
The PSC Partners Patient-Reported Outcomes 
Measure (PROM) Project:

Update from the Research Leads

Donna M. Evon, PhD
Professor of Medicine

Division of Gastroenterology and Hepatology
University of North Carolina at Chapel Hill



PSC PROM Project: Research Leads

• PhD in Clinical Psychology
• Liver Disease x 17 years
• Survey and qualitative methods

• PRO measures 
• Patient engagement

Dr. Bryce Reeve
• PhD in Quantitative Psychology
• Survey methodologist
• Developer of NIH PROMIS®
• Professor, Duke University
• Director, Center for Health Measurement



https://pscpartners.org/about/the-disease/voice-of-the-patient-report-pfdd-forum.html



https://pscpartners.org/about/the-disease/voice-of-the-patient-report-pfdd-forum.html



https://www.fda.gov/drugs/development-approval-process-drugs/fda-patient-focused-drug-development-guidance-series-enhancing-incorporation-patients-voice-medical

Guidance 1:
How to Collect 

Comprehensive 
and 

Representative 
Input from 
Patients 

Guidance 2:
The Methods to 
Identify What is 

Important to 
Patients

Guidance 3:
How to Select, 

Develop or 
Modify Fit-for-

Purpose Clinical 
Outcome 

Assessments

Guidance 4:
How to 

Incorporate 
Clinical Outcome 

Assessments 
into Endpoints for 

Regulatory 
Decision Making



1.
Characterize 

PSC 
symptoms & 
life impacts 

through 
in-depth 

qualitative 
interviews

2.
Decide to use 
existing PRO 

symptom 
measure ‘as 
is’, modify or 
design new 

measure 

3.
Evaluate 
patient  

understanding 
and relevance 

of PRO 
symptom 
measure 
through 

qualitative 
interviews

4.
Determine 

reliability and 
construct 

validity of PRO 
measure 
through 

psychometric 
testing 

5.
Continue to 

build evidence 
base through 
more studies

Aim 1 Aim 2 Aim 3 Phase 2 Ongoing 
research

Process to Create PRO Symptom Measures for PSC Trials

University of North Carolina & Duke University 
Collaboration with PSC Partners



Aim 1: Characterize PSC symptoms & life impacts 
through in-depth qualitative interviews

• In-depth individual interviews (“Concept Elicitation”) with a 
representative sample of patients with PSC who experience 
symptoms 

• Advertise through PSC-Partners and CALiD

• Representative of patients who participate in clinical trials



Aim 2: Select symptom measures: Existing symptom  
measure ‘as is’, modify or design new measure 
• Community Advisory Board (CAB) – PSC-P, patients, clinicians, trialists, survey 

methodologists, FDA

• Review published literature:
• Do any existing symptom measures capture the qualities of symptoms described 

by PSC patients in Aim 1?
• What is the evidence for its content validity, reliability and construct validity?
• Has it ever been evaluated in patients with PSC?
• Does the tool need modification?

• If no PRO symptom measure appears appropriate, we will develop new measure



Aim 3: Is the PRO measure understandable and content valid 
for PSC patients?
• Two rounds of individual interviews (“Cognitive Interviews”) to evaluate understanding 

and comprehension of measures: Instructions, recall period, items, response set

In the last 7 days, my itching interfered with my 
sleep:

None of 
the time

Some of 
the time

Most of 
the time

All of   
the time

• Interviewer Probes:
• Please tell me in your own words what this question means to you?
• Why did you select “most of the time”?
• What days were you thinking of when you answered the question?



Phase 2: Determine reliability and validity of PRO 
symptom measure through psychometric testing 

• Cross-sectional or longitudinal data collection from a large sample 
of diverse PSC patients.

• Perform statistical evaluations
• Internal consistency and test-retest reliability
• Association of PRO measure scores with other collected clinical 

and PRO data
• Change in scores over time consistent with theory



Patient 
interviews to 

describe 
symptoms 

Modify/Develop 
1st draft

Cognitive 
interviews to 

assess 
content 
validity 

Validation/
empirical 

study

PRO tool is 
ready for use

First - Establish content and empirical validity of the measure
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Patrick et al; Value in Health, 2011

It is this combination of input 
from the target population in 
item generation + evaluation of 
patient understanding through 
cognitive interviewing that 
provides the required evidence 
for content validity

Without adequate documentation of 
patient input, a PRO tool’s content 
validity is questionable

https://www.fda.gov/media/116277/download

First - Establish content and empirical validity of the measure
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