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y b ( ; ) ; * PROMIS data were available + PROMIS Mobility mean scores * PROMIS Fatigue mean scores
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characterized by progressive in JOURNEY at the time of data limited in older age groups, consistent older patients may experience While .CaUt'on IS necessary
weakness and wasting of the analysis with an irreversibly progressive higher levels of fatigue compared when interpreting data across
shoulder and pelvic girdle S degenerative neuromuscular disease with younger patients (Figure 1, age-specific measures, mean
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- Table 1 Baseline Characteristics by LGMD Subtype and Ambulatory Status ambulatory and nonambulatory
* There are limited data on the groups
patient/caregiver-reported 2C/R5 2D/R3 2E/R4 Overall
impact of sarcoglycanopathies Characteristic (n=34) (n=32) (n=25) (N=91) This analysis of baseline

on physical function and data is a pivotal step in

_ Age, years .
aSp?Cts ?T.fhealth related Mean (SD) 18.5 (9.64) 25.6 (16.68) 24.2 (14.01) 22.6 (13.87) understanding
quality of life sarcoglycanopathies
Gender, n (%) from both patient- and
Obiective Female 23 (67.6) 20 (62.5) 15 (60.0) 58 (63.7) observer-reported
J Ambulatory, n (%) 11(32.4) 20 (62.5) 14 (56.0) 45 (49.5) perspectives; baseline data
_ _ 47y 2(5.9) 3(9.4) 3(12.0) 8 (8.8) also serve as a benchmark,
|T30 Qesc;be base'ge 8-12y 5(14.7) 3(9.4) 3(12.0) 11 (12.1) providing a reference point
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System (PROMIS) data from measured
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subtypes LGMD2E/R4, 2D/R3, 4-Ty 0(0.0) 0(0.0) 0(0.0) 0(0.0) Future longitudinal
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(NCT04475926) 1317y 9 (26.5) 3(9.4) 3(12.0) 15 (16.5) cross-sectional trends and
218y 12 (35.3) 8 (25.0) 8 (32.0) 28 (30.8) support interpretation of
limb-gi = patient/caregiver-reported
MethOdS LGMD=limb-girdle muscular dystrophy; y=years of age. N
outcomes for different
sarcoglycanopathy subtypes
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Barcelon in
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