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Background

e Systemic mastocytosis (SM) is a rare mast cell neoplasm that results
from clonal proliferation of abnormal mast cells in at least one
extracutaneous organ/tissue.! Activating mutations in the KIT-gene
(D816V) are almost always present in the malignant mast cells.?

« The World Health Organization (WHQO) classifies SM into non-
advanced SM or advanced SM (AdvSM), which includes aggressive
SM (ASM), SM with associated hematological neoplasm (SM-AHN),
and mast cell leukemia (MCL).%3

There are specific issues unigue to AdvSM which need to be managed,
including debilitating symptoms, organ damage and shortened survival.*
As patients with AdvSM have different treatment history and level of
care, understanding their healthcare burden is important to determine
the unmet need. Limited evidence exists on the real-world economic
burden of AdvSM.

OBJECTIVE: To estimate and compare rates of healthcare resource
utilization (HCRU) and medical costs between patients with AdvSM and a
matched cohort of patients without AdvSM in the United States (US).

Results

STUDY SAMPLE

- Atotal of 97 AdvSM patients (mean£SD age 49+13 years, 70%

female, mean£SD CCIl 2.1£2.0) were identified and included in the

analysis (Table 1).

* Prevalent baseline comorbidities included cancer (41%), hypertension
(35%), and anxiety (29%) (Table 1).

- After direct matching, patients in the two cohorts were well-balanced
on age, gender, index year, payer type, and CCI.
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OUTCOMES: POST-INDEX HCRU AND COSTS

* Proportion of patients with utilization of outpatient medical services
was higher in the AdvSM cohort as compared to the non-SM cohort
over the 1-year follow-up (Figure 3).

o Epinephrine prescription fills were observed in 36% of patients with AdvSM
compared with 1% of non-SM controls.

FIGURE 3. PROPORTION OF PATIENTS WITH ALL-CAUSE HCRU
BETWEEN ADVSM AND MATCHED NON-SM COHORTS
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o Patients with SM-AHN were identified with diagnosis codes for SM AND =1
diagnosis code of D46.X (Myelodysplastic syndrome [MDS]) OR C92.X (Acute
myeloblastic leukemia [AML]) OR C93.X (Chronic myelomonocytic leukemia) .
OR D47.1 (Myeloproliferative neoplasms [MPN]) OR C94.6 (MDS/MPN) OR
D45 (Polycythemia vera) OR D47.4 or D75.81 (Myelofibrosis) OR D47.3
(Essential [hemorrhagic] thrombocythemia) OR C95.10, C95.11, or C95.12
(Chronic eosinophilic leukemia [CEL])

o Patients with ASM were identified using 21 diagnosis code of C96.21 OR
presence of diagnosis code D47.02 AND =2 c-finding codes (including codes for
evidence of organ failure, liver or spleen impairment, thrombocytopenia,
neutropenia, and weight loss/malabsorption)

- To adjust for potential selection bias, AdvSM patients were direct
matched (1:1) on age, gender, index year, and Charlson comorbidity
Index (CCI) score to non-SM controls.

Differences in HCRU and costs during the 1-year prior to and
following diagnosis were compared using McNemar's test for
categorical variables and paired-t test or Wilcoxon-signed rank tests
for continuous variables.

* The majority of AdvSM patients had
ASM (75%) followed by SM-AHN
(20%) and MCL (5%) (Figure 1).
Median pre-index medical costs were
significantly higher for AdvSM patients
compared to matched non-SM
comparator cohort (Figure 2).

- Mean [median] medical costs during the 1-year post-index period were
also higher for AdvSM vs. non-SM patients (Table 2).

o Pharmacy (38.2%) and outpatient costs (38.0%) accounted for majority
of the follow-up costs among AdvSM patients.

o Findings from GEE showed that patients with AdvSM had 2.1 times

higher all-cause total costs as compared to patients without SM
(adjusted cost ratio: 2.1; 95% CI: 1.43-3.07; P=0.0001).

TABLE 2. MEAN (MEDIAN) ALL-CAUSE MEDICAL COSTS BETWEEN
ADVSM AND MATCHED NON-SM COHORTS
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- A generalized estimating equation model (GEE) with log link/gamma
distribution was used to estimate adjusted cost-ratio between cohorts.

 All costs were converted to 2019 USD using the medical component

FIGURE 2. MEAN (MEDIAN) PRE-INDEX MEDICAL COSTS
BETWEEN ADVSM AND MATCHED NON-SM COHORTS
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ASM: Aggressive SM; CCI = Charlson Comorbidity Index; ER = emergency room; GEEs = generalized estimating equations; HCRU: healthcare resource utilization; MCL: Mast cell leukemia; SD = standard deviation; US = United States; SM: Systemic mastocytosis; SM-AHN: SM with associated hematological neoplasm

P-values are presented only for medians
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