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Estimating Utility Values Using the Duchenne Muscular Dystrophy-Quality of 
Life Measure (DMD-QoL): A New Preference-Based Measure for DMD

• HUI2 utilities were higher than DMD-QoL values for less severe health states. They declined with worsening ambulation, while DMD-QoL utilities were relatively stable throughout the course of DMD 
⎼ The relatively low DMD-QoL utility for the ambulatory stage may reflect the impact of distal aspects of HRQoL, unlike the HUI2 where HRQoL impact is largely driven by physical functioning
⎼ While mobility is considered in both descriptive systems, differences in scores may be attributed to the DMD-QoL’s broader conceptualization of mobility as one’s ability to get around as opposed 

to walking ability in the HUI
• The large sample size and values derived directly from patient feedback were key strengths of this study; limitations include that clinical status was self-reported

DISCUSSION
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BACKGROUND

• Progression of DMD is 
characterized by loss of ambulation 
and upper limb function, 
respiratory insufficiency, 
cardiomyopathy, and premature 
mortality1

• The DMD-QoL is the first 
condition-specific health-related 
quality-of-life (HRQoL) measure 
that can be used to estimate utility 
values for DMD-specific health 
states. It was developed based on 
patient feedback with a 
preference-based subscale 2-4

⎼ Prior research indicated that 
descriptive systems of generic 
preference-based measures 
(PBMs) are limited in their 
coverage of attributes important 
to those with DMD2,5,6

⎼ How utility values estimated 
using the DMD-QoL compare to 
those based on generic PBMs is 
unclear

• The study objective was to 
understand how DMD-QoL utilities 
compare to those measured using 
a generic PBM, the Health Utilities 
Index (HUI)7
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STUDY DESIGN

• Patients living with DMD were recruited through Parent Project Muscular Dystrophy, a 
patient advocacy organization in the United States (US)

• Inclusion criteria were 1) age 12-40 years; 2) self-report a confirmed diagnosis of DMD; 3) 
living in the US; and 4) able to respond to survey questions in English and provide informed 
consent
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Key Findings

RESULTS
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• HUI2 utility values declined with 
increasing DMD functional severity
• DMD-QoL values were relatively 

stable until loss of upper limb 
function precipitated a decline in 

scores
• The HUI2 appears more sensitive 

to changes in functional status, but 
values estimated using the DMD-

QoL may reflect a broader 
conceptualization of HRQoL
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• Participants completed the DMD-QoL, HUI, and a questionnaire to assess health status online
⎼ DMD-QoL attributes include mobility, hand function, difficulty breathing, pain, tiredness, worry, 

participation, and feeling good about oneself6

⎼ The HUI categorizes health status using two complementary systems; the HUI2 is presented here 
and considers sensation, mobility, emotion, cognition, self-care, pain, and fertility (optional 
attribute)7

⎼ Responses to clinical questions were used to classify participants into functional health states 
based on lower and upper limb function, need for ventilation, and presence of symptomatic 
cardiomyopathy

• Scores reflecting levels for DMD-QoL and HUI2 attributes were transformed to overall utility values 
using the developers’ algorithms for each measure
⎼ DMD-QoL: Preference weights from the UK were applied, as no US value sets are available6 

⎼ HUI: The original Canadian preference weights were applied, as recommended8

• Median (Q1, Q3) DMD-QoL and HUI2 utility values were stratified by self-reported health state 
⎼ To understand which attributes were most affected by DMD, median (Q1, Q3) attribute levels 

contributing to the DMD-QoL and HUI2 utility values were estimated for each health state

• Of the 63 participants, the mean (SD) age was 19.8 (6.1) years and 44 (69.8%) were non-ambulatory
• Median (Q1, Q3) DMD-QoL and HUI2 utility values for the complete range of DMD health states are 

displayed in Figure 1
• To illustrate trends, median (Q1, Q3) DMD-QoL utility values were 0.77 (0.73, 0.86) for the 

ambulatory with preserved upper limb function health state (n=10), 0.69 (0.58, 0.82) for the non-
ambulatory with mildly impaired upper limb function without daytime ventilation or symptomatic 
cardiomyopathy (CM) state (n=16), and 0.20 (-0.02, 0.41) for the non-ambulatory with loss of upper 
limb function, symptomatic CM and night and daytime ventilation state (n=2)
⎼ Median (Q1, Q3) HUI2 utilities for the same health states were 0.96 (0.86, 0.99); 0.51 (0.44, 

0.55); and 0.32 (0.23, 0.42)
• For the attribute-specific analyses (Tables 2 and 3),
⎼ DMD-QoL attribute scores demonstrated decline in mobility and hand function with disease 

progression, with participants reporting difficulty with mobility only once they also experienced 
a loss of upper limb function

⎼ Mobility and self-care were the HUI2 attributes showing the greatest impact; unlike in the DMD-
QoL these impacts were observed throughout non-ambulatory health states with varying levels 
of upper limb impaired

Figure 1: Median (Q1, Q3) DMD-QoL and HUI2 utility values per health state 

Table 1: Median (Q1, Q3) DMD-QoL attribute levels per health state 

Table 2: Median (Q1, Q3) HUI2 attribute levels per health state 

CM= cardiomyopathy; n=number. Note: A higher attribute level indicates greater impairment and increasing intensity of shading in each cell indicated increasing severity of impacts. DMD-QoL attribute levels range from 1 to 4; for HUI2, sensation, cognition and 
self-care range from 1 to 4 and all other attributes range from 1 to 5.
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