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Outcome Measure

Outcome Measure Centre Summary / Components

_ SickKids Standardised tool to evaluate overall muscle strength 0-70
_ SickKids / Gaslini Standardised tool to evaluate subset of 8 muscles 0-80
_ SickKids / Gaslini Standardised measure of muscle function in children 0-52

SickKids / Gaslini Composite score for disease activity in JDM, consisting of functional status, assessment of weakness, 0-20

skin involvement and distribution, presence of vasculitis and Gottron papules
(BET (0~117) &EEER (0~9R) D2ODEREZEE)

SickKids Composite score for disease activity in JDM, consisting of gMMT/MMTS, functional status, presence of 0-12
arthritis, erythema, heliotrope rash, Gottron papules and NFC abnormalities.

Gaslini Composite score for disease activity in JDM, consisting of PhGA, PaGA, hMC and Skin NRS (EHEIETEE) 0-40
M (ID), {REBVEENME (LDA). FHEEEEBEEM (MDA), SEBESME (HDA) D4EFE)

Gaslini Composite score for disease activity in JDM, consisting of PhGA, PaGA, hMC and skin component of 0-39
DAS

SickKids / Gaslini Composite score for measuring inactive disease in JDM consisting of MMT-8, CMAS, PhGA, CK -

Inactive Disease

Gaslini Composite score for measuring treatment response consisting of PhGA, PaGA, CMAS, CHAQ, DAS, CHQ -

Criteria PhS

IMACS Response Gaslini Composite score for measuring treatment response consisting of PhGA, PaGA, MMT, CHAQ, extra- -
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muscular disease activity, muscle enzymes

gMMT: global Manual Muscle Testing; MMT8: Manual Muscle Testing-8; NFC: Nail Fold Capillaroscopy, CMAS: Childhood Myositis Assessment Scale; JDMAI: Juvenile
Dermato Myositis Activity Index; PRINTO: Paediatric Rheumatology International Trials Organization; IMACS: International Myositis Assessment and Clinical Studies Group;
JDM: Juvenile dermatomyositis; PhGA: Physician Global Assessment, PaGA: Patient Global Assessment; hMC: hybrid MMT8/CMAS; NRS: numeric rating scale; DAS:
Disease Activity Score; CK: creatinine kinase; CHAQ: Childhood Health Assessment Questionnaire; CHQ PhS: Child Health Questionnaire Physical Summary Score
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Table 1. Patient characteristics at study entry”

=

Characteristics Range Gaslini, n Gaslini SickKids, n SickKids
Demographic features
Age at diagnosis, mean (SD), years - 44 7.5(4.3) 110 8.6(4.2)
Female sex, n (%) - 44 25.0 (56.8) 129 83 (64)
Disease duration from - 44 4.4(2.4-8.9) 129 3(1-6)

symptoms onset, median
(IQR), months
Disease duration from - 44 0.0(0.0-0.3) 143 0 (0-0)
diagnosis, median (IQR), months
Clinical characteristics

MMT8, median (IQR) 0-80 43 67 (50-75) 19 68 (53-78.5)
gMMT, median (IQR) 0-70 - - 14 57 (31.3-63.8)
CMAS, mean (SD) 0-52 22 36.4(10.9) 84 29(15)
hMC, mean (SD) 0-100 30 76.5(16.6) - -
Total DAS, mean (SD) 0-20 44 10.1 (4.1) 12 10 (4)
Muscle DAS, mean (SD) 0-11 44 49 (3.1) - -
Skin DAS, mean (SD) 0-9 44 52(2.0) - —
Total mDAS, mean (SD) 0-12 44 6.4 (2.6) 116 7(3)
Muscle mDAS, mean (SD) 0-7 - - 119 4(2)
Skin mDAS, mean (SD) 0-5 - - 117 3(1)
Skin VAS, mean (SD) 0-10 44 36(2.2) - -
JDMAIT, mean (SD) 0-40 25 15.9(6.7) - -
|DMAI2, mean (SD) 0-39 25 17.4(6.3) - -
CHAQ, median (IQR) 0-3 28 0(0-2) 52 1(0.4-1.8)
Laboratory results
MSA positivity, n (%) - 38 23 (60.5) 26 14 (53.8)
ANA positivity, n (%) - 41 22 (53.7) 122 69 (56.5)
CK, median (IQR) 0-150 44 180 (67-788.5) 117 352(111-3,258)
ALT, median (IQR) 0-40 44 35(20.5-99.5) 118 57 (31-127)
AST, median (IQR) 0-40 44 495 (31.5-92.5) 113 89 (46-212)
LDH, median (IQR) 240-480 44 662.5 (564-873) - -

* ALT, alanine transaminase; ANA, antinuclear antibody; AST, aspartate transaminase; CHAQ, Childhood Health
Assessment Questionnaire; CK, creatinine kinase; CMAS, Childhood Myositis Assessment Scale; DAS, Disease Activ-
ity Score; Gaslini, IRCCS Istituto Giannina Gaslini; gMMT, global Manual Muscle Testing; hMC, hybrid MMT8/CMAS;
IQR, interquartile range; JDMAI, Juvenile DermatoMyositis Activity Index; LDH, lactic dehydrogenase; mDAS, modi-
fied Disease Activity Score; MMT8, Manual Muscle Testing-8; MSA, myositis-specific antibody; SickKids, The Hospital
for Sick Children; VAS, visual analog scale.
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Supplementary Figure S1. Time to skin remission — Gaslini cohort on left; SickKids Supplementary Figure S2. Time to muscle remission - Gaslini cohort on left; SickKids

cohort on right. < cohort on right. «
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Gaslini (2009-2023) SickKids (1997-2023) SickKids (2009-2023) BXE 24T

Table 2. Median time in months to achievement of primary outcome endpoints (including sensitivity analysis from SickKids 2009-2023 cohort)*

Gaslini, SickKids, SickKids 2009-2023,
Outcome median time 95% Cl median time 95% Cl median time 95% Cl
Normalized CK 2.2 1.6-2.5 0.62 0.5-0.9 0.7 0.5-1.2
Muscle remission 5.6 3.3-83 8.8 6.7-12.8 22 59-13.1
Skin remission 12 6.7-18.6 8.7 7.1-10.8 9.6 7.3-11.7
DAS 0 21.6 12.5-not reached 31.1 25.7-not reached 311 25.7-not reached
mDAS 0 N/A N/A 31.2 25.6-not reached 25.1 19.8-not reached
PRINTO inactive 10.3 6.2-12 8.8 6.9-12.8 7.5 59-13.1
disease
Time to steroid Not reached 21.8-not reached 112 10.6-11.7 10.6 9.7-11.7

discontinuation

* Cl, confidence interval; CK, creatinine kinase; DAS, Disease Activity Score; Gaslini, IRCCS Istituto Giannina Gaslini; mDAS, modified Disease
Activity Score; PRINTO, Paediatric Rheumatology International Trials Organisation; SickKids, The Hospital for Sick Children.
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