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Why are we having this 
webinar?

https://grants.nih.gov/grants/guide/notice-files/NOT-FD-18-014.html

“FDA is seeking information submissions from the public. Information is being 
solicited to inform planned work to promote development of publicly available 
standard core sets of Clinical Outcome Assessment (COA) measures for specific 
disease indications.”

FDA’s Patient-Focused Drug Development Initiative

FDA’s Standard Core Clinical Outcome Assessments and Endpoints 
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Why are we having this 
webinar?
◦ Patient-centered outcomes research

◦ Interest in PROs and patient-centeredness across the 
healthcare ecosystem

◦ Clinical practice guideline development

◦ Health care delivery

◦ Research

◦ Payment models

◦ Quality measurement
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Why are we having this 
webinar?

Ensure NHC membership is 
prepared to engage in 
conversations about Clinical 
Outcome Assessment

Clinical Outcome Assessment

• First in a Webinar series

• In-person meeting Q2 2019
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Clinical Outcome 
Assessments (COAs)

• FDA definition: “measures a patient’s symptoms, 
overall mental state, or the effects of a disease or 
condition on how the patient functions”

• COAs tell you something about how a patient feels 
or functions

• http://www.fda.gov/Drugs/DevelopmentApprovalProcess/DrugDevelopmentToolsQualificationProgram/ucm284077.htm
• Walton MK, Powers JA, Hobart J, et al. Clinical outcome assessments: A conceptual foundation – Report of the ISPOR Clinical Outcomes Assessment Emerging Good Practices Task Force. 

Value Health 2015; 18:741-52.
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Clinical Outcome Assessment 
Tools

Patient-
Reported 
Outcome
Measures

(PROs)

Clinician-
Reported 
Outcome 
Measures
(ClinROs)

Performance  
Outcome 
Measures
(PerfOs)

Observer-
Reported 
Outcome 
Measures 
(ObsROs)

Report that comes from 
the patient about the 
status of a patient’s 
health condition without 
amendment or 
interpretation of the 
patient’s report by a 
clinician or anyone else

Observation by 
someone other than 
the patient or a health 
professional. This may 
be a parent, spouse, or 
other non-clinical 
caregiver who is in a 
position to regularly 
observe and report on 
a specific aspect of the 
patient’s health

Based on a task(s) 
performed by a 
patient according to 
instructions that is 
administered by some 
one trained such as a 
health care 
professional

Report that comes from 
a trained health-care 
professional after 
observation of a 
patient’s health 
condition
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Patient Role
• Which concepts are important and should be measured?

• How should items be worded?

• Are the questions understandable? 

• Do different patients interpret the questions in the same 
way?

• Is the recall period appropriate? 

• Does the response scale make sense?

• What is the best data collection mode? 

Concept Elicitation [online]. (2016). York; York Health Economics Consortium; 2016. https://www.yhec.co.uk/glossary/concept-elicitation/
Cognitive Debriefing [online]. (2016). York; York Health Economics Consortium; 2016. https://www.yhec.co.uk/glossary/cognitive-debriefing/

Consultation
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Patient Centered 
Versus 
Patient Reported



What is Patient Centered?
Any process, program or decision focused on patients in 

which patients play an active role as meaningfully engaged 

participants and the central focus is on optimizing use of 

patient-provided information.

▪ Doing things WITH patients, not FOR or TO patients

▪ Relies on meaningful engagement
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What is Patient Reported?

A report that comes directly from the patient about the status 

of a patient's health condition without interpretation of the 

patient's response by a clinician or anyone else. 

• Self-report or by interview

• Symptoms or other unobservable concepts known only to 

the patient (e.g., pain severity or nausea)

• Patient perspective on functioning or activities that may also 

be observable by others

Source: BEST (Biomarkers, Endpoints and Other Tools) Resource) 12



Patient-Reported Outcomes 

and Patient-Centered 

Outcomes: 

Is There a Difference?



Patient-Reported Outcomes 

and Patient-Centered 

Outcomes: 

Is There a Difference?

YES!



Patient-Centered Versus 
Patient-Reported Outcomes

Patient-centered outcomes

• Outcomes patients report 
as important to them

Patient-reported outcomes

• Outcomes reported only 
by the patient on how they 
feel or function  

Patient 
Centered

Patient 
Reported

Both
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Patient Centricity in Patient-
Reported Outcome Measures
FDA’s PRO Guidance (2009) repeatedly states that patient 
input is critical for developing valid PRO instruments:

◦ “Without adequate documentation of patient input, a 
PRO instrument’s content validity is likely to be 
questioned.”

◦ “If symptoms known to be common to the population to 
be studied in the clinical trial are missing from a 
measure meant to capture important symptoms in that 
population, we will question the instrument’s content 
validity.”

https://www.fda.gov/downloads/drugs/guidances/ucm193282.pdf 16



◦ Theoretically – Yes! 

◦ But, older measures – many still in use today – may 
not have been developed based on understanding 
what is most important to patients

◦ Some older measures can be updated to include and 
emphasize concepts important to patients

◦ Use caution and do not assume a PRO tool is patient 
centered until you understand how it was developed or 
adapted to focus on what is important to patients

Doesn’t that mean all PROs 

should be patient centered?
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Not all patient-REPORTED outcomes 

are patient CENTERED.

Not all patient-CENTERED outcomes 

are patient REPORTED. 

PRO measures can and should be both!

Keep in Mind
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Examples



Example #1: Chronic Fatigue 
Syndrome
Voice-of-the-Patient Meeting held in 2013. Patients 
expressed they would like to have a biomarker for their 
disease. It would convince their families, friends, and 
colleagues that they really have an illness and remove the 
stigma associated with their disease.

a) The biomarker is a patient-centered outcome

b) The biomarker is a patient-reported outcome

c) The biomarker is both a patient-centered and patient-
reported outcome

d) The biomarker is neither a patient-centered nor 
patient-reported outcome

https://www.fda.gov/downloads/forindustry/userfees/prescriptiondruguserfee/ucm368806.pdf 20
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Example #2: Hemophilia A, Hemophilia 
B, von Willebrand Disease and Other 
Heritable Bleeding Disorders

Voice-of-the-Patient Meeting held in 2014. Patients 
expressed that joint pain is one of the most significant 
symptoms associated with their disease.

a) Joint pain is a patient-centered outcome

b) Joint pain is a patient-reported outcome

c) Joint pain is both a patient-centered and patient-
reported outcome

d) Joint pain is neither a patient-centered nor patient-
reported outcome

https://www.fda.gov/downloads/ForIndustry/UserFees/PrescriptionDrugUserFee/UCM513311.pdf 22
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Example #3: Non–24-hour 
sleep-wake disorder 
Researchers developed a sleep diary to document and 
quantify sleep and waking behaviors. The items were 
selected by combining several older instruments. The 
researchers involved patients as study subjects to test out 
the diary.

a) The diary is a patient-centered outcome measure.

b) The diary is a patient-reported outcome measure.

c) The diary is both a patient-centered and patient-
reported outcome measure

d) The diary is neither a patient-centered nor patient-
reported outcome measure

Oehrlein EM, Perfetto EM, et al. Patient-Reported Outcome Measures in the FDA Pilot Compendium: Meeting Today’s Standards for 
Patient Engagement in Development? Value Health. DOI: https://doi.org/10.1016/j.jval.2018.01.004
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Patient Role
• Which concepts are important and should be measured?

• How should items be worded?

• Are the questions understandable? 

• Do different patients interpret the questions in the same 
way?

• Is the recall period appropriate? 

• Does the response scale make sense?

• What is the best data collection mode? 

Concept Elicitation [online]. (2016). York; York Health Economics Consortium; 2016. https://www.yhec.co.uk/glossary/concept-elicitation/
Cognitive Debriefing [online]. (2016). York; York Health Economics Consortium; 2016. https://www.yhec.co.uk/glossary/cognitive-debriefing/

Consultation
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Questions?



NHC Series on 
COAs



Please join us 
December 7 (2pm ET/ 11am PT) 

for the next webinar in this series! 

FDA’s Roadmap to Patient-Focused 
Outcome Measurement in 

Clinical Trials



What aspects of 
Clinical Outcome Assessment would 

you like to see covered?

Please submit suggestions:
http://www.nationalhealthcouncil.org/webinar-follow-

patient-reported-outcomes-and-patient-centered-
outcomes-there-difference

http://www.nationalhealthcouncil.org/webinar-follow-patient-reported-outcomes-and-patient-centered-outcomes-there-difference


Eleanor M. Perfetto, PhD, MS 

Senior Vice President, Strategic Initiatives 

202-973-0546

eperfetto@NHCouncil.org
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