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What is the MDHI 

§  Disease-Specific Patient-Reported Outcome Measure for 
myotonic dystrophy type-1 

§  Designed and validated to satisfy all FDA guidelines for 
drug labeling purposes 

§  Composed of 17 individual subscales that together 
measure multifactorial patient-reported burden of disease 
(NINDS Common Data Elements) 



What is the MDHI 

§  Disease-Specific Patient Reported Outcome Measure for 
myotonic dystrophy type-1 

§  Designed and validated to satisfy all FDA guidelines for 
drug labeling purposes 

§  Composed of 17 individual subscales representing 
concepts that myotonic dystrophy patients have identified 
as having the greatest impact on their lives 



What does the MDHI Measure? 
 (MDHI Subscales) 

 
§  Mobility 
§  Upper Extremity Function 
§  Ability to do Activities 
§  Fatigue 
§  Pain 
§  Gastrointestinal Health 
§  Vision 
§  Communication 
§  Hearing 

§  Sleep 
§  Emotional Health 
§  Cognition 
§  Social Satisfaction 
§  Social Performance 
§  Myotonia 
§  Respiratory Function 
§  Swallowing 
§  Multifactorial Patient-

Reported Burden of 
Disease 















ICC=0.95 



Table	
  2:	
  Final	
  MDHI	
  Subscales	
  and	
  their	
  Internal	
  Consistency	
  and	
  Test-­‐Retest	
  
Reliability	
  

MDHI	
  Subscales	
   Number	
  of	
  
QuesAons	
  in	
  Final	
  
Subscale	
  	
  	
  	
  	
  	
  	
  	
  	
  	
  	
  	
  	
  	
  	
  	
  	
  

Intraclass	
  
CorrelaAon	
  
Coefficient	
  (ICC)	
  
	
  	
  

a.)	
  Mobility	
   13	
   0.91	
  

b.)	
  Upper	
  Extremity	
  Func;on	
   11	
   0.92	
  

c.)	
  Ability	
  to	
  do	
  Ac;vi;es	
  a	
   14	
   0.94	
  

d.)	
  Fa;gue	
   4	
   0.94	
  

e.)	
  Pain	
   8	
   0.88	
  

f.)	
  Gastrointes;nal	
  Issues	
   6	
   0.91	
  

g.)	
  Vision	
   4	
   0.89	
  

h.)	
  Communica;on	
   7	
   0.87	
  

i.)	
  Sleep	
  a	
   4	
   0.76	
  

j.)	
  Emo;onal	
  Issues	
   12	
   0.91	
  

k.)	
  Cogni;ve	
  Impairment	
   9	
   0.90	
  

l.)	
  Social	
  Sa;sfac;on	
  a	
   6	
   0.97	
  

m.)	
  Social	
  Performance	
  	
   7	
   0.92	
  

n.)	
  Myotonia	
   4	
   0.69	
  

o.)	
  Breathing	
  b	
   1	
   0.72	
  

p.)	
  Swallowing	
  b	
  	
   3	
   0.81	
  

q.)	
  Hearing	
  b	
   1	
   0.97	
  



MDHI Question Distribution: Internal Consistency 
(17 Subscales) 
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COMFORT Study (Construct and 
Convergent Validity) 

§  Comparison of MDHI with Functional and Other Research 
Testing (COMFORT)  

§  A cross-sectional study of DM1 patients comparing MDHI 
scores to 25 functional tests, six laboratory tests, 18 
generic patient reported outcome assessments, and seven 
physician assessments 

§  Completed as part of our: Study of Pathogenesis and 
Progression in Dystrophia Myotonica (STOPP DM) 
Wellstone study 



Conclusion 

§  The MDHI is a disease-specific, valid, 
responsive, and reliable instrument designed 
to optimally measure patient-reported 
disease-burden during clinical trials. 
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