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Pediatric Patient-Reported Outcomes Research: Next Steps 
 

1. High-level domain learnings and conceptual foundations 
1.1. PEPR cross-center work 

1.1.1. Cull the information from PEPR and prior work to analyze each PROMIS Pediatric 
measure 

1.1.2. Assess each domain across conditions 
1.2. Outcome typology 

1.2.1. There is no accepted pediatric outcome typology that places PROs in the context 
of other outcomes 

1.2.2. With adequate science, this may turn into an ontology that relates to the 
outcomes and the determinants 

1.3. Characterize trajectories of subjective well-being 
1.3.1. Evaluate the developmental origins of subjective well-being, including positive 

affect and emotional distress 
1.3.2. How well-being evolves over the life course is important globally 

 
2. PRO development, item bank evaluation, and measurement issues 

2.1. PROs for younger children 
2.1.1. Evaluate alternatives for eliciting symptoms, e.g., using multimedia, puzzles, 

cartoons, audio-enabled assessment 
2.1.2. Ages 5-7 may be able to self-report if measures are modified (or provided via 

audio) to match their developmental levels  
2.1.3. ECHO was able to develop proxy item banks for ages 1-5, but more work is 

needed 
2.2. Evaluate and disseminate existing item banks 

2.2.1. Evaluate existing item banks and ensure their adoption 
2.2.2. Translate existing item banks 
2.2.3. When do existing measures work well and when don’t they work well? 

2.3. Generate items for the tails of the distribution 
2.3.1. Precision is low on the high side of health 
2.3.2. Need to add items or develop a new item bank to measure positive health 

2.4. Evaluate validity of item banks for special populations and modify as needed 
2.4.1. Pregnant women 
2.4.2. Children with disabilities or rare diseases 

2.5. Evaluate functioning of items in lower SES, racial minorities, and other languages 
2.5.1. Many chronic diseases are disproportionately studied in white/higher SES 

populations 
2.5.2. Given changing US demographics, investigations of Spanish versions are 

important 
2.5.3. Incorporate PROs in health disparities research and the NIMHD framework 

2.6. Measurement of a family’s health-related quality of life 



 
2.6.1. Not just a family relationships measure, but what does it mean for a family to 

have good health-related quality of life? 
2.6.2. What makes a healthy family can differ across diseases and across cultures 
2.6.3. NIMHD Research Framework lists health outcomes within domains of influence, 

including personal, family, community, and societal influences  
2.6.4. Systematically identify social determinants of PROs/HRQOL by heterogenous 

groups of children with chronic conditions    
2.7. Determine how multiple perspectives on the same health concept for the same 

individual are related 
2.7.1. Multiple informants, e.g., child, parent, clinician 
2.7.2. Multiple data sources, e.g., PROs, clinical metrics, activity data 

2.8. Assess ecological validity of PROMIS measures 
2.8.1. Will the location in which children are assessed (home vs. clinic vs hospitalized) 

impact their responses? 
2.9. PROs during the transition between adolescence and young adulthood 

2.9.1. Adolescents are increasingly in charge of their own care 
2.9.2. Adherence is an issue for this age range 
2.9.3. Develop additional linking strategies between pediatric and adult measures (this 

has been done for some of the core domains assessed in PROMIS) 
 
3. Applications and implementation 

3.1. FDA qualification of PROMIS measures 
3.1.1. Fatigue and Pain Interference for JIA 
3.1.2. Fatigue and Physical Functioning for cancer 
3.1.3. Get PROMIS measures into industry 

3.2. White paper regarding PRO qualification and use in clinical trials 
3.2.1. Joint effort with PEPR and FDA 
3.2.2. Include industry perspectives 
3.2.3. Having common metrics from initial trials to everyday practice would be useful 

3.3. Guidebook/toolkit specific to pediatric measures within PROMIS 
3.3.1. Domain selection 
3.3.2. Item selection 
3.3.3. Number of items 
3.3.4. Short form vs. CAT 
3.3.5. Score interpretation 

3.4. Interpretability of PROs for clinicians / clinical decision making 
3.4.1. Need to help clinicians know how to use PROMIS Pediatric and Parent-Proxy    

measures in clinical practice 
3.4.2. Develop dashboards for clinicians and patients 
3.4.3. How do PROMIS scores correspond with clinical measures? 
3.4.4. Bookmarking studies with healthy children and children with diseases 

3.5. Integrate PROs into electronic health records and use big data 
3.5.1. How does incorporating the patient voice affect quality of care? 



 
3.5.2. Build PROs into predictive modeling 
3.5.3. Pragmatic studies, e.g., how new drugs are working post-FDA approval 

3.6. Treatment studies 
3.6.1. PROMIS can measure intended as well as unintended effects of treatment, e.g., 

detecting toxicity 
3.6.2. Response shift: Investigate whether patients use different internal standards to 

interpret their PROs between on- and off-therapy, or whether different standards 
will be used among children having different treatment responses. We need novel 
technology or methodology appropriate for pediatric populations 

3.6.3. If response shift exists, investigate whether this issue impacts the estimation of 
treatment effects, or how to account for response shift in the estimation of 
treatment effects. 

 
4. Opportunities 

4.1. NIH dissemination and implementation research: PAR-19-274 
4.2. NIH adherence research: PA-18-722  
4.3. FDA drug development tools research: RFA-FD-20-009 
4.4. Upcoming workshop (summer 2020?) on the transition between adolescence and 

adulthood organized by the NIH Pediatric Research Consortium 
4.5. Pain and mental health are areas of current focus at the NIH 

 
 
 


