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Figure 4. KIT D816V VAF distribution by ultra-sensitive KIT D816V superRCA assay in Figure 5. Combined baseline symptom burden (ISM-SAF TSS) and objective measures

introduction Methods

* All patients enrolled in PIONEER and HARBOR met ISM diagnostic criteria, confirmed by central pathology review
* PB KIT D816V detectability from PIONEER/HARBOR patients (assessed centrally during screening by ddPCR

ddPCR-undetectable patients enrolled in PIONEER (A) and HARBOR (B) of disease burden (serum tryptase and BM MCs) for patients enrolled in the PIONEER

study and HARBOR Part 1 and pharmacokinetic cohorts

* |Indolent systemic mastocytosis (ISM) is a clonal mast cell disease driven by the KIT D816V mutation in ~95% of patients’™

A. PIONEER
* The prevalence of systemic mastocytosis (SM) has been estimated at up to 1 in 5000 people, and ISM is the most

Baseline ISM-SAF TSS

Baseline serum tryptase Baseline BM MC

ISM, indolent systemic mastocytosis.

Figure 2. SuperRCA® methodology

Systemic
Fatigue, malaise, weight loss

— Using ddPCR alone, KIT D816V was detected in 86/125 (69%) PB samples

— Of the 39 samples that did not have KIT D816V detected by ddPCR, 36 were evaluated by ultra-sensitive KIT D816V
superRCA assay and 28 of these (78%) had detectable KIT D816V in PB (three samples were not tested by superRCA)

* The range of detectable variant allele frequencies by ultra-sensitive KIT D816V superRCA assay was
0.00040-0.02550% with a median of 0.0069% (Figure 4B)

LoD, limit of detection; VAF, variant allele frequency.

* Baseline characteristics for combined patients from the PIONEER and HARBOR studies are presented in Table 1
* ISM-SAF TSS score was not different between detection groups (Table 1)

* Baseline serum tryptase and BM MCs were significantly lower in patients with ddPCR-undetectable/superRCA-
detectable KIT D816V mutations compared to patients with ddPCR-detectable mutations (Table 1 and Figure 5)
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patients can still suffer from a high symptom burden even with lower MC burden

Confident early detection of patients with ISM with high sensitivity is essential to direct
effective treatment

Although ultra-sensitive KIT D816V superRCA testing of PB In this study had high concordance with
BM testing, BM biopsy should still be performed under current diagnostic criteria and testing availability,
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