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Outline

● Importance of PROs in oncology

● Challenges of implementing PROs in clinical trials

○ Internal organizational constraints

○ Regulatory requirements

● Optimizing value of PRO data collected

○ Examples of successful implementation: label claims, value messages

○ Utilization and accessibility of PRO data

○ Future outlook



How is Treatment Benefit Currently Assessed in Clinical Trials?

Lung lesion: Shrinkage over 12 weeks

But what does this CT scan 

tell us about the patient’s 

symptom burden? How this 

patient feels or functions?



Patient Experience Data (PED)
PED includes data from COAs and other types of assessments

PFDD. Patient-Focused Drug Development Glossary. 2018. https://www.fda.gov/drugs/development-approval-process-drugs/patient-focused-drug-development-glossary

PED includes data 

that are intended 

to provide 

information about 

patients’ 

experiences with a 

disease 

or condition.

Patient experience data can be interpreted as information that captures patients’ 

experiences, perspectives, needs, and priorities related to (but not limited to): 

the symptoms of their condition and its natural history; 01.

the impact of the conditions on their functioning and quality of life; 02.

their experience of symptomatic AEs and overall bother; 03.

input on which outcomes are important to them; 04.

patient preferences for outcomes and treatments; and 05.

the relative importance of any issue as defined by patients.06.

FDA Guidance: Core Patient-Reported Outcomes in Cancer Clinical Trials, 2024



Why 

PROs matter in 

Oncology

● Directly capture the patient's 

voice to improve trial design

● Reveal treatment effects and 

symptoms unobservable to clinicians

● Provide insight into symptom 

burden and health-related quality 

of life

● Show direct clinical benefit by 

balancing efficacy with tolerability

● Inform key decisions in drug 

development, regulation, and 

reimbursement



● Aligning Concepts to Claims:

Ensure a clear link between initial 

concept and final labeling claim or 

value message

● Stakeholder Focus: Start by 

understanding key messages and 

outcomes that are important to all 

stakeholders

● Maximizing Impact: Thoughtful 

alignment and stakeholder 

discussion are critical for 

generating interpretable and 

impactful claims

Beginning with the End in Mind– From Concepts to Claims



Integrating the patient voice end-to-end

● Capturing patient voice across all phases enhances the drug's benefit-risk profile

● End-to-end PRO data offers a comprehensive view of treatment effects

● Systematic integration from Phase 1 improves regulatory acceptance and label 

claims

We use measurement science to integrate the patient experience across the lifecycle

Preclinical Phase I

Understanding lived 
experiences

Identifying outcome 
measures, endpoints 
and PED 

Phase II

Develop/modify/validate 
outcome measures & 
endpoints 

Phase III

Generating evidence to 
support regulatory 
approval and access

Post-approval

Supporting lifecycle 
management



Practical Considerations: Challenges of 
implementing PROs in oncology trials



Internal Organizational Constraints

● Trial Design: Studies are often not powered for PRO endpoints for regulatory claims 

and have rapid timelines

● Resource Constraints: Securing adequate budget, resources, and IT system integration

● Organizational Alignment: Overcoming cross-functional hurdles and meeting diverse 

stakeholder needs

● Standardization: Addressing the current lack of standardized processes and PRO 

analysis methods

● Patient/Site Buy-in: Balancing patient burden with research and ensuring value 

understanding.



Regulatory Requirements

● Evolving Guidance: Must navigate new and updated FDA and EMA guidance on PROs 
and PED

● Validity and Standards: Ensuring instrument validity, reliability, and meeting rigorous 
data quality/integrity standards are essential

● Harmonization: There is a critical need to harmonize international standards for PRO 
use in oncology trials

● Endpoints and Power: Powering PRO endpoints in oncology remains challenging

● Stakeholder Balance: Balancing diverse stakeholder priorities with patient burden adds 
complexity and limits demonstrating PRO data value



Optimizing value of PRO data collected



Patient-Reported Outcomes Use by Stakeholder



Itovebi (inavolisib) in combo with palbo+fulvestrant for HR+ mBC with endocrine 
resistance and PIK3CA mutation (FDA USPI)



Jakafi (ruxolitinib) for the treatment of intermediate or high-risk myelofibrosis 
(FDA USPI)



Erleada FDA public reviews demonstrating the importance of 
Patient Experience Data (PED) for evaluation of products

Non-metastatic castrate- resistant prostate cancer 

“Patient-reported outcome data, although 
exploratory, were supportive of acceptable 
tolerability compared to placebo”

FDA Multi-disciplinary review, see pages ~ around 142
https://www.accessdata.fda.gov/drugsatfda_docs/nda/2018/210951orig1s000multidiscipliner.pdf

https://www.accessdata.fda.gov/drugsatfda_docs/nda/2018/210951orig1s000multidiscipliner.pdf


Optimizing PRO Value: From Data Collection to Patient Impact



Key Takeaways and Future Outlook
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