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Introduction Methods and Searches

Stargardt Disease (SD) Is a rare disease, occurring in 1 person in 8,000-

A broad systematic literature review (SLR)
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e SDis cz_ausec_l by mutations in the AlBCA4 gene and Is the most common Eﬂgigﬁed artlgcl)eOsS_z(\)/\éeBre aLu(;I texgonfg?epnegz hits: 42
form of inherited macular dystrophy-. oroceedings  published 2020-2023 that - /
« Currently there is no cure for SD2. However, vision loss can be slowed presented data relating to direct/indirect costs
through patient actions that include wearing a hat and sunglasses, not and HCRU in SD.
smoking, and not over consuming vitamin A supplementss. . Aclinicaltrials.gov search was then conducted p N
- In anticipation of future therapies becoming available4, it is important to in June 2023 using the search term SD to Costs and HCRU
understand the current economic burden of disease. identify potential future treatments for SD. studies: 3
 To inform understanding of the disease landscape of SD, this study * Clinical trials of interest were those registered necluded clinical
Investigated the current healthcare resource utilisation (HCRU) and as Phase 2 or Phase 3, with a status of ne utriealsc': énlca
direct/indirect costs of SD alongside a review of registered clinical trials completed, active not recruiting, recruiting, or S | )

to identify potential upcoming treatments.

enrolling by invitation.

Results

The SLR yielded 3 papers that were included in this review. These studies
Included data on HCRU and direct costs related to SD. No indirect cost data
were identified.

The clinicaltrials.gov database search identified 8 Phase 2 or 3 trials in SD:

« 3 trials had been completed, 3 were recruiting, 1 was active, not recruiting,
and 1 was enrolling by invitation (Table 1).

« 7 trials investigated drug interventions (emixustat, STG-001, avacincaptad
pegol, ALK-001, tinlarebant) and 1 trial investigated a gene therapy (MCO-
010) (Table 1).

Negative news

Direct healthcare costs and HCRU

A claims data analysis conducted in the US in 2010-2014 compared SD
with age-related macular degeneration (AMD) and bilateral sensorineural
hearing loss (SHL)->:

« SD had the highest payment per year for insurance coverage, with an
annual per-patient cost to the insurer of $105.58 (Figure 1). Female
patients with SD were associated with higher costs than males (p=0.03).

 SD had highest median number of insurance claims per year at 0.51
(SHL: 0.40; AMD: 0.50).

 The most common healthcare services utilised for SD were fundus
photography (11.98%), medical examination and evaluation (10.74%),
and diagnostic imaging (9.14%).

« STG-001 was withdrawn from the European Medicines Agency (EMA)
orphan designation status at the Sponsor’s request in 2023°.

Positive news

« Emixustat received orphan designation status from the EMA in 201910 and
announced positive post-hoc analysis results from Phase 3 in 202211,

« MCO-010 received fast track designation from the US Food and Drug
Administration (FDA)'? and released positive trial resultst3in 2023.

« ALK-001 was granted US FDA breakthrough designation in 2021, and
Alkeus plan to submit a New Drug Application for approval in SD in 202414,

Figure 1: Annual insurance coverage per patient per year for SD, AMD, and SHL
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Note: costs were for the utilisation of disease-specific services. Therefore, most healthcare encounters were visits to the _ Kubota
specialists, such as ophthalmologists, optometrists, otolaryngologists or audiologists. Completed Emixustat Vision Dec 2017 US only NCT03033108
Diagnostic costs Completed  STG-001 2 Stargazer  Apr2021  USonly NCT04489511
« SD is often misdiagnosed due to the absence of flecks or macular atrophy Completed  Emixustat f/‘j'b_Ota Jun 2022  Global NCT03772665
and normal fundus early In the disease. This has led to a diagnosis delay _ SIon
of 3 years in 50%-90% of SD cases®. Therefore, the identification of Arggﬁ’tiggt MCO-010 2 Nanoscope Oct2023 USonly NCT05417126
disease-causing mutations improves the accuracy of SD diagnosis?. Enrolling
* One study described a new reseguencing chip with a 99% detection rate by ALK-001 g Alkeus Dec 2024 USonly NCT04239625
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A second stuc_ly |dent_|f|ed t_hat the main reason_ why patients W|th SD did Recruiting Avacmcalptad IAst_elllgl_s Apr 2025 cional NG T02561ES
not undergo diagnostic testing was due to the high cost to the patient (US, pego (Iveric Bio)
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