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Abstract Body:

Purpose: A chemically-modified form of vitamin A, C20-D3-vitamin A (ALK-001), is being investigated
to treat Stargardt disease (STGD1), the most common form of juvenile macular

dystrophy.Methods: In a multicenter, 24-month, double-masked, randomized, placebo-controlled trial,
50 patients with atrophic Stargardt Disease (STGD1) were randomized 30:20 to ALK-001:placebo
as a once-a-day pill. After one year, 10 randomly chosen placebo patients crossed over to ALK-001.
The prespecified primary efficacy endpoint was the growth rate of retinal atrophic

lesions.Results: The mean growth rate of retinal atrophic lesions was 0.90 mm?/year (0.19 mm/year
in square root units) in the ALK-001 and 1.25 mm?/year (0.24 mm/year) in the untreated arm
(p<0.001). ALK-001 was well-tolerated, with no reports of night blindness or impaired dark
adaptation, and no clinically-relevant changes in liver enzymes.Conclusion: In patients with atrophic
STGD1, oral administration of ALK-001 safely slowed the growth rate of retinal atrophic lesions.
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Précis: In a 24-month, double-masked, randomized, placebo-controlled trial

evaluating the safety and efficacy of daily, oral administration of ALK-
001 (C20-D3-vitamin A) in patients with atrophic Stargardt disease,
ALK-001 safely slowed the growth rate of atrophic lesions.

Background Stargardt disease is the most common inherited juvenile macular

Statement: dystrophy. No treatment exists. We present results suggesting that daily
administration of ALK-001 (C20-D3-vitamin A) may slow the
progression of Stargardt disease.
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Other Information

Is the Presenting Author of this submission in a residency program (formal training) or subspecialty
training for ophthalmology?
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| verify that the abstract follows submission policy regarding copyright as described in the
submission guidelines.
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I understand that submission of an abstract is an agreement to present as scheduled. If my abstract
is accepted as a paper, | will prepare a condensed manuscript four weeks before the annual meeting
for the panel and will travel to the meeting to present my paper. If my abstract is accepted as a
poster, | will submit an electronic poster by the upload deadline. Additionally, | may be expected to
travel to the meeting to participate in an in-person presentation of my electronic poster in the Poster
Theater or meet virtually in advance of the meeting to record a Poster Discussion with a small group.
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