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Supplementary Table 1. Patient disposition (full analysis set).

212 to <18 26to <12 22 to <6 years All patients

years years Ruxolitinib N=45
Ruxolitinib Ruxolitinib 4 mg/m? n (%)
10 mg 5 mg bid
bid bid N=7
N=22 N=16 n (%)
n (%) n (%)
Patients treated 22 (100) 16 (100) 7 (100) 45 (100)
Treatment phase ongoing 0 0 0 0
Completed treatment 3(13.6) 5(31.3) 3 (42.9) 11(24.4)
Discontinued from treatment 19 (86.4) 11 (68.8) 4 (37.1) 34 (75.6)
Reason for discontinuation
Physician decision 5(22.7) 3(18.8) 0 8(17.8)
Adverse event 4 (18.2) 1(6.3) 1(14.3) 6 (13.3)
Lack of efficacy 4(18.2) 1(6.3) 1(14.3) 6 (13.3)
Responder 3(13.6) 2 (12.5) 0 5(11.1)
Disease relapse 1(4.5) 1(6.3) 1(14.3) 3(6.7)
Guardian decision 1(4.5) 1(6.3) 1(14.3) 3(6.7)
Death 0 2(12.5) 0 2(4.4)
Graft failure 1(4.5) 0 0 1(2.2)
Patients completed the study 14 (63.6) 10 (62.5) 4 (57.1) 28 (62.2)
Patients discontinued from 8 (36.4) 6 (37.5) 3(42.9) 17 (37.8)
study
Reason for discontinuation
Death 6 (27.3) 3(18.8) 2 (28.6) 11 (24.4)
Patient decision 0 3(18.8) 0 3(6.7)
Lost to follow-up 2(9.1) 0 0 2(4.4)

bid, twice daily.



