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Background & Objectives:

Duchenne muscular dystrophy (DMD) is an X-linked disease affecting the
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Results:

Patient Characteristics

Figure 1. Percentage of observations with walker/wheelchair use during the ambulatory period
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than daily were calculated at 6-month intervals.

« Disease burden measured with Major Adverse Dystrophinopathy
Events (MADE) scores. The MADE score was developed by clinical
experts to capture disease burden across body systems and severities,
and comprises cardiac, myopathy, nutrition status, and respiratory
domains. Higher scores indicate greater burden (max: 92).4

Conclusions:

Discussion:

« This analysis of data from a prospective, longitudinal study in DMD demonstrated that LoOA represents an important marker of disease burden and physical functioning, in a gradual course of progressive decline.
« Patients with earlier AaLoA progressed to full-time wheelchair use faster from initiation of wheelchair use.
« Physical function measured by Quantitative Muscle Testing (QMT), - Alater AaLoA may suggest a later declination in grip strength, for example by better adaptation through a later ambulatory stage involving wheelchair use.

which captures small variations in muscle strength and enables testing * Limitations:

of individual muscle groups.5 Grip strength scores were assessed in this < As non-ambulatory status was defined as full-time wheelchair use, lack of access to wheelchairs may have influenced classification of non-ambulatory status, particularly in low income or developing settings.
study, with available mean grip score representing the maximum value Patients unable to walk may have been misclassified as ambulatory, and the true need of assistive device use may be underestimated.

of the two attempts on the dominant side. * There is a possibility of bias related to the exclusion of patients with missing LoA information.

« Standard care varied across sites, including use of steroids and cardiac testing. In particular, cardiac test results likely underestimate the prevalence of reduced cardiac function, which is a component of the
MADE score. 1.

Observed trends from this analysis of longitudinal data suggest that
therapies that slow progression to LoA may also address the
worsening burden and functioning in DMD regardless of timing of LOA.
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