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SUPPLEMENTARY DATA

Supplementary Table 1. Active and recently completed clinical trials of venetoclax

azacitidine-based therapies, including pediatric patients with acute leukemias.

and

Venetoclax regimen and

Azacitidine regimen

Num | NCT Number Study status | Phase | Disease type Age i S Funded By
1 |NCT03194932 | Completed | Acute Myeloid Leukemia 2 Years to 20 Years |for 21 days for 7 days academic
OD buiding up in 3 days 75mg/m2 OD for 7
2 |NCT03941964 | Completed Il |Acute Myeloid Leukemia 12 Years and older |for 28 days - 400mg days Industry
3 [NCT04161885 | Recruiting Il |Acute Myeloid Leukemia 12 Years and older |OD for 28 days OD for 5 days Industry
4 |NCT04588922 | Recruiting Il |all Hematologic Malignancies 12 Years and older NA NA Industry
16 Years to 65
5 [NCT04904237 | Recruiting Il |Acute Myeloid Leukemia Years NA NA academic
14 Yearsto 75 OD buiding up in 3 days 75mg/m2 OD for 7
6 [NCT05659992 | Recruiting | Acute Myeloid Leukemia Years for 14 days - 400mg days academic
7 [NCTO05823714 | Recruiting Il |Acute Myeloid Leukemia/MDS Age 8 to 65 years 200mg/day for 7days 75mg/ m2/day for 7days. academic
8 |NCT05955261 | Recruiting Il |Acute Myeloid Leukemia 29 Daysto21Years |NA NA Academia|lndustry
9 [NCT06068621 | Recruiting Il |Acute Myeloid Leukemia 14 Yearsto 75 Years (400 mg/day, days 1 to 14 75 mg/m2/day, days 1 to 7 |academic
10 |NCT06177067 | Recruiting | |Acute Myeloid Leukemia 1 Year to 30 Years [NA NA Academia|lndustry
11 |NCT04161885 | Recruiting Il |Acute Myeloid Leukemia 12 Years and older |OD for 28 days OD for 5 days Industry
Not yet
12 |NCT05292664 |recruiting | Relapsed/Refractory Acute Leukemia |2 Yearsto 21 Years NA NA Academia|Industry
Not yet OD buiding up in 3 days 75mg/m2 OD for 5
13 |NCT05317403 |recruiting | Acute Myeloid Leukemia 1 Year to 25 Years |for 14 days - 400mg days academic
Not yet
14 |NCT06397027 |recruiting | Relapsed/Refractory Acute Leukemia |2 Yearsto 21 Years NA NA Academia|Industry




Supplementary Table 2: Other studies reporting venetoclax-based therapies in children with
relapsed/refractory AML or MDS.

Publication Total Patients Response to Treatment Number of Patients
Treated with (% out of total) Continuing to HSCT
Ven/Aza (% out of CR/CRi)

Trabal et al. 17 CR: 7 (41%) 4 patients (44%)
30(Cancers 2023) CRi: 1 (6%)
Winters et al. 8 CR/CRi: 6 patients (66%) 4 patients (66%)
21 (Pediatric Blood
& Cancer, 2020)
Niswander et al. 19 CR with MRD negativity: 9 7 patients (78%)
22 (Hematologica, patients (47%) 1 continue to HSCT with
2023) MRD +
Masetti et al. 31 22 CR: 7 patients (36.8%) 4 patients (57%)
(Blood Advances, (VEN/DEC) 1 continue to HSCT with
2023) PR
Total 65 CR/CRIi: 31 patients (46%) 19 patients (61%)

CR - complete remission, CRi - complete remission with incomplete blood count recovery,
HSCT - hematopoietic stem cell transplant, NA - not available.



Supplementary Figure 1: Overall survival for the entire cohort (n=38) since Day 1 of Ven/Aza
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