Supplemental Table 1. Baseline demographics and disease characteristics of participants

Age
Category, n (%)
<4 years
4-6 years
>6 years
Median (min—max), years
MPS Il phenotype, n (%)
Neuronopathic
Non-neuronopathic
Variant type, n (%)
Missense/synonymous
Large deletions/rearrangement
Other®
ERT status at enroliment
SOC ERT-naive,® n (%)
SOC ERT-exposed, n (%)
Duration of SOC ERT, median (min—max), years®
Race, n (%)
Asian
Black or African American
White
Not reported, unknown or other
Ethnicity, n (%)
Hispanic or Latino
Not Hispanic or Latino

Not reported

10 (27.0)
12 (32.4)
15 (40.5)

5.1 (1.8-12.6)

34 (91.9)
3 (8.1)

19 (51.4)
5 (13.5)
13 (35.1)

10 (27.0)
27 (73.0)
2.2 (0.4-11.2)

4(10.8)
1(2.7)
21 (56.8)
11 (29.7)

6 (16.2)
29 (78.4)
2 (5.4)

Data are presented for the safety population. 2Includes nonsense and splice site/intron. *Includes one participant
who underwent allogeneic hematopoietic stem cell transplantation. °n=26. ERT, enzyme replacement therapy;
max, maximum; min, minimum; MPS Il, mucopolysaccharidosis type Il; SOC, standard of care.
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