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What is a Patient Reported Outcome Measure?  

§  A validated outcome measure designed to evaluate one or several 
aspects of patient health  

§  Responses are provided directly by patients without required 
interpretation or administration by other individuals 

§  Can measure the severity of a specific symptom, sign, functionality, 
or overall state of disease 

§  Can be disease-specific or generic 



The Need for Patient Reported Outcome Measures 

§  Provides a unique window by patients into the effects of a disease 
and treatment effectiveness 

§  Therapies should be shown to have “patient-relevance” during 
clinical trials  

§  The FDA has identified this as an acceptable mechanism for 
supporting labeling claims 





The use of a PROM is advised when 
measuring a concept best known by 

the patient or best measured from the 
patient’s perspective. (FDA) 



Patient Reported Impact of Symptoms for Myotonic 
Dystrophy Type-1 

(PRISM-1) 







Dropped Questions 





MDHI Question Distribution 
(17 Subscales) 



Validation of the Myotonic 
Dystrophy Health Index 

§  Factor Analysis 
§  Test-retest reliability 
§  Known groups testing 
§  Concurrent validity 
§  Responsiveness testing 
§  Beta Testing with patients 
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COMFORT Study 

§  Comparison of MDHI with functional and other research 
testing (COMFORT)  

§  A cross-sectional study of 70 DM1 patients comparing 
MDHI scores to 22 functional tests, six laboratory tests, 25 
generic patient reported outcome assessments, and seven 
physician assessments 

§  Completed as part of our Wellstone initiative 

 



Use of the MDHI 
§  FDA funded randomized double-blinded drug 

labeling trial of Mexiletine for DM1 
§  Three NIH DM1 longitudinal studies 
§  European Optimistic Trial  
§  University of Utah DM1 pregnancy study 
§  University of Iowa  
§  Planned for additional therapeutic and non-

therapeutic studies 
 



Future Directions 

§  MDHI Online/ MDHI App 
§  Translation to other languages 
§  Use in MDA clinics 



The Development and Use of the Myotonic Dystrophy 
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SA: Specific Aim (see research 
methods)
QOL: Quality-of-Life
FSHD: Facioscapulohumeral Dystrophy
DM2: Myotonic Dystrophy Type-2
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Final MDHI 
§  114 questions 
§  Measure total health and 17 areas of DM1 subhealth 
§  Average time to completion: 19 minutes 
§  Scored to prioritize the items of greatest importance to the DM1 population  
§  Content Validity: Assured 
§  Construct Validity: Assured 
§  Face Validity: Assured 
§  Reliability: Assured 
§  Responsiveness: Estimated using known groups analysis (being tested in longitudinal 

trial) 
§  Patient Burden: Low 
§  Concurrent Validity: Assured 
 



ICC=0.95 


