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* Where applicable, costs were inflated to 2023 USD using the medical
component of Consumer Price Index (CPI).

Type of Studies (N=17) * Evaluating the cost-effectiveness of treatments for DMD
remains challenging due to a lack of evidence. Thus, some of
the studies used simulated scenarios based on assumptions to
complete the models.

Key: Bl, Budget Impact; ICER, Incremental cost-effectiveness ratios; ICUR, Incremental cost-utility ratio; IHC,
Immunohistochemistry; LYs, Life years; MLPA, Multiplex ligation-dependent probe amplification; NA, Not applicable;
NR, Not reported; PCR, Polymerase chain reaction; PMPM, Per member per month QALYs, Quality adjusted life year;
WB, Western blot; WTP, Willingness to pay

Table 1: PICOS Criteria for Selection

PICOS COMPONENT OF INTEREST
Cost Of lliness - Global CONCLUSIONS
POPULATION Patients with Duchenne Muscular Dystrophy (DMD) (n=5)
INTERVENTION Any Intervention , . , . . Cy . : : :
Cost Of lllness - US * DMD is a costly condition with an annual burden of over $40,000 per patient (2023 USD) in the US, which increases with age and disease progression.*>:°

(n=4)

COMPARATOR  Any Comparator * Survey, claims, and registry data are the most utilized RWE sources for economic evaluations, while the Markov state-transition model is the most frequently used method for
: : : : cost-effectiveness analyses for DMD.

OUTCOMES Direct Costs Reflecting Economic Burden of DMD and Modelling

Budget Impact Model

Techniques (n=2)

* There is a scarcity of RWD-based evidence of DMD treatments, thus creating challenges for decision-makers to make informed decisions on the value of treatments.

STUDY DESIGN Modelling studies, Economic evaluation studies

* To provide the latest cost of illness estimates and evaluate budget impacts and cost-effectiveness more accurately, future economic assessments of DMD and other rare

MNatural History Model disease treatments based on real-world data are needed.

(n=1)

OTHERS English language; only journal articles (grey literature excluded)
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