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Epidermolysis Bullosa Simplex
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Other modalities such as gene / cell therapies predominantly targets DEB or JEB and are in early-stage development

BLA, biologics license application; CRL, complete response letter; DEB, dystrophic epidermolysis bullosa; EB, epidermolysis bullosa; EBS, epidermolysis bullosa simplex; A NZDFEY o BEHEA $ HREEE AP X
@ JEB, junctional epidermolysis bullosa; NDA, new drug approval;

GlobalData; ClinicalTrials.gov; Company websites
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1. MclLean and Irvine. Ulster Med J 2007;76:72-82.
2. http://micro.magnet.fsu.edu/cells/intermediatefilaments/intermediatefilaments.ht
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. BEARESLERNES
R EELRE Y

[ #03 NLRP3 53378 -
sEMmANSl IL-1p3

—————————

___________

_______________

containing 3; ROS, reactive oxygen species

1. Shinkuma et al. Clin Dermatol. 2011;29:412-9. 2. Wally et al. J Invest Dermatol. 2013;133:1901-3. 3. Chang et al. Am J Chin Med. 2019;47:135-1.
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EB, epidermolysis bullosa; EBS, epidermolysis bullosa simplex; EOP2, end-of-phase 2; FDA, Food and Drug Administration; NDA, new drug application; RPD, rare pediatric disease
@ 1. Wally et al. Orphanet J Rare Dise. 2013;8:69. 2. Wally et al. J Am Acad Dermatol. 2018;78:892-901.



FRERERER

(Rare Pediatric Disease Priority Review Voucher; RPD PRV)

Priority Review Vouchers

RPD PRV 1%/ BA B} X & BR AC §% N i

300

-

O = N W s U v N O O O

250

200

150

2009 2010 2011 2012 2013 2014 2015 2016 2017 2018 2019 2020 2021 2022 2023

I Priority Review Vouchers Awarded — Average Price (Millions)

VENABLE...

100 .

=BIFDAZ R FEE :
FRERERRGE

14

ZHEE . O]
. PRVO] AR

PRKEERR )

& 220234 -

- 1R1E USFDA BRIAS ZHERF

o)

US FDA 4%/ 54 & RPD PRV - 1R1E2023FERXZ A ir A A1EESE
- AC-203 ER 2018 FNBERRRER
¥ /NTIFER 2026 F£ 9 B 30 HREIEE

! -\.K
n?Jm Az

D

i - LIS

~

PRV 7 14

J

Source: GAO summary of information from the Food and Drug Administration and
the Department of Health and Human Services; Venable LLP 2023.



AC-203 HEEEBSHIERL : e/ KERELE

Subjects: Severe EBS patients with KRT5/14 mutations, n=17, 4-19 y/o
Treatment: 1% diacerein cream, QD for 4 weeks

Primary endpoint: Reduction of blister numbers by >40% in treated skin area after 4 weeks

Figure 2. (A) Proportion of patients with >40% reduction in blister numbers at 4 weeks (T4) and
3 months (T7). (B) Representative images of improvements in lesions.

A. P=.038 B. Start 2 weeks 4 weeks 4 months

_ ) Vi
e 100%

DIACEREIN

V2 V3

T4 T7
I Diacerein MM Placebo

p-values were calculated using a one-sided,
Bernard’s test for superiority.

PLACEBO

1. Phase 2a: Topical AC-203 for Severe EBS: a randomized controlled pilot study — Wally et al. Orphanet J Rare Dise 2013;8:69
@ 2. Phase 2b: A phase 2/3 randomized, placebo-controlled double-blind clinical trial for Severe EBS — Wally et al. / Am Acad Dermatol 2018;78:892-901.
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@ EBS, epidermolysis bullosa simplex; US FDA, the United States Food and Drug Administration
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AC-1101 topical gel in patients with Granuloma Annulare (NCT05580042)
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