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BACKGROUN

Since the low prevalence associated with a rare disease (5 per 10,000 people) could be a key factor in the definition of reimbursed drug price, the aim of the study
was to investigate the existence of a correlation between the prevalence of rare diseases and related treatment costs for drugs reimbursed in Italy.

MATERIALS

A database with 115 EMA-approved drugs/indications for rare diseases was created and
populated in Microsoft Excel. A total of 80 drugs/indications reimbursed in Italy between
January 2016 and December 2021 were considered and analyzed. Additionalinclusion/exclusion

criteria for analysis sample selection, are shown in Figure 1. The treatment cost was estimated
based on net prices and related dosing regimens for each drug included in the analysis. In the
caseofweight-dependent posology,assumptionsforaverage patientcharacteristicswere 70 kg
weight and 1.72m? BSA. For chronic indications, a treatment duration of 365 days was assumed,

For the 80 indications considered, a statistically significant inverse correlation was found
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whereas for non-chronic indications (less than 1 year) the duration was commensurate with
the treatment cycle length. Data about prevalence were collected from the EMA website and
Integrated with data from Orphanet. Alinear regression analysis was performed to investigate
the correlation between prevalence and treatment costs. Subgroup analyses were performed
for chronic and orphan indications, ultra-rare diseases (<1/50,000)@, innovative indications,
and class H/A-PHT drugs.
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Figure 1. Sample selection flowchart.

Although pricing outcomes come from a multifactorial process with several determinants, such as unmet medical needs, availability of therapeutic alternatives,
added value, and P&R policies, the results of this study show that epidemiology can be also considered one of the drivers in pricing decisions, at least in the
field of rare diseases. However, these results must be read considering some limitations such as the small sample size, especially for subgroup analyses, and the
absence of specific prevalence data referring to the Italian context.
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