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[bookmark: _Toc187329261]Online Resource 2. Individual participant results for FVC, MIP and MEP percent predicted in the upright position from baseline to week 145.
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[bookmark: _Toc187329262]Online Resource 3. Least squares (LS) mean change in 6MWT percent predicted from baseline to week 145. 6MWT: six-minute walk test; SE: standard error. 
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[bookmark: _Toc187329264]Online Resource 5. Least squares (LS) mean change in SF-12 Mental Component Summary (MCS) score from baseline to week 145. SF-12: short-form 12-item; SE: standard error.  
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[bookmark: _Toc187329265]Online Resource 6. Mean change from baseline to week 145. (A) GMFM-88 standing and walking total score. (B) GCSC total score. GSGC: gait, stairs, Gower, chair; GMFM: Gross Motor Function Measure; SD: standard deviation. 
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[bookmark: _Toc187329266][bookmark: _Hlk187328819]Online Resource 7. Biomarker absolute values from baseline to week 145. (A) Urinary hexose tetrasaccharide (HEX4) and (B) creatine kinase (CK). SD: standard deviation. 
Normal ranges (shaded): urinary HEX4 (mmol/mol cre): 0‒3 (males and females, ages 13‒18 years), 0‒1 (males and females, ages ˃18 years). CK (IU/L): 18-169 (females, ages 16‒17), 26‒192 (females, ages ≥18 years), 18‒408 (males, ages 16‒17 years), 39‒308 (males, ages ≥18 years).
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