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INTRODUCTION

 Mucopolysaccharidosis type Ill (MPS lIl), also known as Sanfilippo syndrome, is a rare, progressive, inherited lysosomal
storage disorder caused by mutations in the SGSH gene. Patients with this disease are unable to produce sufficient
sulfamidase to break down heparan sulfate, leading to accumulation in the brain, resulting in progressive and irreversible
brain damage, and global developmental arrest, decline, and early death.

« MPS Il has a global incidence of 1:70,000." Children often appear healthy at birth, but begin to develop symptoms —
including developmental delays, speech difficulties, and behavioral issues such as hyperactivity, aggression, and sleep
disturbances — between the ages of 2 and 6. As disease progression continues, children begin to experience severe
cognitive decline, loss of communication skills, and loss of mobility.

« MPS lll is progressive and ultimately leads to death. The median life expectancy of patients living with MPS Il is between
10 to 20 years.? Currently, there are no approved disease-modifying therapies for MPS Il and most treatment is geared
towards supportive care to manage symptoms and improve quality of life. However, there are some enzyme replacement
therapies and gene therapies that are under development that may potentially impact the progression of disease through
the restoration of enzyme activity.

OBJECTIVE

 The primary objective of this study was to better understand the economic burden and impact of MPS Il on children, including direct
medical costs like hospital stays, specialist visits, supportive care, and medical procedures, to build a foundation for future evidence-based
decisions in healthcare policy, reimbursement strategies, and the development of future treatments.

METHODS

« This was a retrospective, non-interventional cohort study using the claims database, IQVIA PharMetrics® Plus. Children diagnosed with
MPS Il using the ICD-10 code E76.22 in any billing position of a claim from 01-Jan-2016 to 31-Mar-2024 were included in the study. Patients
had =12 months of continuous enroliment (CE) during the study period. Patients were excluded if there was any evidence of clinical trial
participation, pregnancy, or data quality issues.

 The control cohort, patients without the ICD-10 code for MPS IlI, were matched on age, gender, payer type on CE start month, and CE start
year (1:20 of MPS Il to the control group). Patients were also excluded if there was any evidence of clinical trial participation, pregnancy, or
data quality issues. Supportive or adjunctive therapies, clinical manifestations, and Health Care Resource Utilization (HCRU) were assessed
during all time periods available after the first diagnosis code date and were identified using ICD-10 codes in any care setting.

Table 1. Baseline Demographics for Pediatric MPS Ill Base Case and the Comparator

RESULTS
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There was much more HCRU when it comes to outpatient hospital visits compared to the other uses of HCRU.
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DISCUSSION

 MPS Il is associated with substantial burden of illness for children and the
health care system.

e Children with MPS Il required more HRU than their cohort control comparators,
especially in the outpatient hospital setting leading to substantially higher
medical costs.

— Children with MPS Ill in the older age bracket of 10-17 also required more
visits in the inpatient hospital setting.

» HRU and costs were much higher in the 10-17 pediatric patient MPS ||
population.
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