Efficacy of Avapritinib in Patients With Advanced Systemic Mastocytosis: Hematologic
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Reductions of 250% from baseline in BM MCs were observed in 83.8%
(88/105) of patients, and 60.0% (63/105) of patients had elimination of

Evaluations of morphology were performed using standard Wright-Giemsa and
H&E staining, while immunohistochemistry was performed on formalin-fixed

Figure 10. Changes in selected hematologic parameters in peripheral
blood at screening, Weeks 8 and 24 (N=107)

Introduction

« Systemic mastocytosis (SM) is a mast cell (MC) neoplasm driven by the

Percentage of CD25+ expression in total MCs

EDTA-decalcified BM sections using standard techniques for tryptase, CD117,
CD25, and CD30. Staining was also performed to detect reticulin and

BM MC aggregates
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(immature and spindle shaped MCs) in BMAs by Week 8

in selected hematologic parameters in patients with AdvSM enrolled in the
PATHFINDER study (cut-off date of April 20, 2021)

AdvSM, advanced systemic mastocytosis; ASM, aggressive systemic mastocytosis; BM, bone marrow;
ECOG PS, Eastern Cooperative Oncology Group Performance Status; MC, mast cell; MCL, mast cell leukemia;
SM-AHN, systemic mastocytosis with associated hematologic neoplasm, VAF, variant allele fraction.

* Fibrosis was present in BMBs in 99.0% (103/104) of patients at screening, 92.6%

Presence of MCs in BMAs SM-MDS-RS, BMA smears (75/81) of patients at Week 8, and in 82.8% (48/58) of patients at Week 24

« The mean percentage of total MCs in BMAs decreased from 10.5% at
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 Peripheral blood smears, bone marrow biopsies (BMBs), bone marrow
aspirates (BMAs) and complete blood counts were obtained at screening and
after approximately 8, 24, and 40 weeks
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Screening (n=105)

B MC multifocal dense infiltrates absent

Week 8 (n=81)

Study visit

Week 24 (n=59)

Week 40 (n=42)

MC multifocal dense infiltrates present

AdvSM, advanced systemic mastocytosis; BM, bone marrow; CR, complete remission; MC, mast cell.

screening to 2.5% by Week 8

« Of 7 patients with circulating MCs at screening and post-screening sample
measurements (6 with SM-AHN diagnoses and 1 with MCL), all 7 had no
detectable MCs by Week 8
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BMBs, bone marrow biopsies.
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