
Figure S1. Phase 1/2 study design

aLast time point with available study data for these patients (October 2024 interim data cut).
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Medical chart data and qualitative data from Phase 1/2 study

Cardiac 
• Echocardiogram (valvular abnormalities)

Hearing
• School hearing tests and hearing aid use
• Ear tube placements

Carpal tunnel syndrome 
• Diagnosis from nerve conduction tests

Mobility 
• 6MWT (time points beyond study data cut)

Cognition 
• School testing records

Primary endpoints
• Adverse events including 
 infusion-related reactions

Key secondary endpoints
• CSF and urine HS
• Liver volume

Key exploratory endpoints
• CSF and urine DS
• Serum NfL
• Hearing thresholds
• Cognition (KABC-II)
• 6MWT
• JROM
• Brain volume

ABBREVIATIONS
6MWT, 6-minute walk test; CSF, cerebrospinal fluid; DS, dermatan sulfate; HS, heparan sulfate; JROM, joint range of motion; KABC-II, Kaufman Assessment 
Battery for Children, Second Edition; NfL, neurofilament light chain.
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