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Background

Retinitis pigmentosa is an inherited retinal dystrophy characterized by progressive, irreversible degeneration of rod and cone
photoreceptors in the retina, ultimately leading to severe vision loss and blindness. It is the most common inherited retinal
dystrophy, with a broadly consistent global prevalence of roughly 1 in 4,000 individuals, affecting patients across all major
markets. The disease is marked by high genetic heterogeneity, with more than 200 disease-causing genes identified to date,
and most cases exhibiting autosomal recessive inheritance. Symptoms typically begin in childhood or early adulthood, and the

condition steadily worsens over the patient’s lifetime, driving substantial clinical, economic, and quality-of-life burden.

Retinitis pigmentosa is currently managed by supportive treatments, focused on low-vision aids, management of
complications, and genetic counselling, with no widely available therapies that can halt or reverse photoreceptor degeneration
for most genotypes. FDA-approved Luxturna (voretigene neparvovec) has a very limited role, being indicated only for patients
with biallelic RPE65-mediated disease who retain viable retinal cells, and therefore does not address the broader, genetically
heterogeneous RP population. This leaves a substantial unmet medical need for disease-modifying interventions capable of
preserving or restoring vision over the long term. Gene therapies therefore offer a compelling new treatment paradigm by
targeting the root genetic defect at the level of the retina, enabling durable expression of functional proteins after a single

administration.

Current gene therapy development in retinitis pigmentosa is led by a small group of late-stage candidates spanning early- to
end-stage disease and multiple mechanisms. Ocugen’s OCU400 targets early- to mid-stage RP as a gene-agnostic modifier
therapy and is in Phase 3 (liMeliGhT), with rolling BLA submission expected in 2026 and potential FDA approval around 2027.
Nanoscope’s MCO-010 (vMCO-I) is another gene-agnostic optogenetic approach for late-stage RP, currently in Phase 2b
RESTORE. Other notable candidates are Janssen’s Bota-vec (AAV-RPGR), an AAV-mediated RPGR gene-replacement
therapy for X-linked RP; Beacon Therapeutics’ Laru-zova, an AAV-RPGR gene-replacement candidate for X-linked RP
currently in Phase 2/3; and GenSight Biologics’ GS030, an optogenetic therapy for end-stage RP in ongoing Phase 1/2

development.

This MarketVIEW product is a brand-new commercial opportunity assessment focused on the potential of emerging gene

therapies for retinitis pigmentosa through to 2040, across 10 major high-income developed markets. It delivers a patient-based,
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interactive forecast model (.xls) and a comprehensive executive presentation (~125 slides). All methodology and key
assumptions are clearly documented, and the analysis incorporates pricing and value case studies centred on the potential
healthcare costs averted by gene therapy versus the current standard of care. The product also includes an up-to-date review of
disease background, epidemiology, the current treatment landscape and the evolving R&D pipeline. This product is ideally
suited to organisations seeking a detailed, forward-looking, global forecast for this emerging therapeutic class and is particularly
relevant for pharmaceutical and biotech companies, investors, and other stakeholders evaluating the strategic and commercial

potential of gene therapies in retinal disorders.

Methodology

VacZine Analytics has closely monitored all significant source material pertaining to retinal diseases and gene
therapies in each respective market. Source materials used are academic literature articles, government websites,
medical bodies and associations, conference proceedings, social media etc. Previously published research by
VacZine Analytics in the field of gene therapies has also been utilised.

PRODUCT CONTENTS:
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[SECTION 4] Retinitis pigmentosa: Retinitis pigmentosa market for current treatments
[SECTION 5] Retinitis pigmentosa: new treatments/R&D landscape and competitor activity
[SECTION 6] Retinitis pigmentosa: forecasting new treatments for Retinitis pigmentosa
References/bibliography

About VacZine Analytics

Disclaimer

PAGES: >125 slides fully referenced/sourced. Available in .pdf form

X
Contents — MS-Excel workbook (.xls)

United States [stratified by RP disease status]
Canada
UK
France
Germany
Italy
Spain
Australia
Japan

& South Korea v

Bringing life to vaccine strategy... www.vaczine-analytics.com

Carlton House, Bells Hill, Bishops Stortford, Herts CM23 2NN, United Kingdom Tel. +44(0)1279 927049 e-mail: info@vaczine-analytics.com



VacZine Analytics®

Bringing life to vaccine strategy...

PRODUCT COST:
VacZine Analytics will grant a [enter region] license to [enter client name], for the price of:

o FULL PRODUCT - USD $contact us/ GBP £contact us” (Global license only)*

*Global = North America, Europe or ROW (non-exclusive, non-transferable license)
For orders in the UK, VAT at 20% will be added to final invoice total
# - indicative prevailing rate will be applied on date of transaction

HOW TO ORDER:
To order please contact your region account manager or order direct at orders@vaczine-analytics.com This report can
also be purchased on-line. Please review the TERMS and CONDITIONS of purchase.

PayPal-

sa €D 2

VacZine Analytics ® is a trading division of Assay Advantage Ltd, UK Company Number: 5807728
VacZine Analytics ® and the “spiral logo” are UK Registered Trademarks, 2009
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TERMS and CONDITIONS:

VacZine Analytics — a trading division of Assay Advantage Ltd UK Company Number: 5807728 (Herein referred to as
“The Company”). (Herein [enter client name] to as “The Client”).

1. All Rights Reserved. This finished research product is a licensed product. It may not be reproduced, stored in a retrieval system or
transmitted in any form without the written permission of the Company VacZine Analytics (of division of Assay Advantage Ltd).

2. The license granted by the Company to the Client will be non-exclusive, non-transferable and should only be used for the Client

business purposes at the agreed Client sites/location in accordance with this agreement. The Client will have no ownership rights

over the research product.

Invoicing will 100% after submission of the deliverables (.pdf) and (.xls) to the Client.

If not purchased online invoices are payable within thirty days of the invoice date.

All proposals are quoted in $USD dollars or £GBP or €euro and invoices are to be settled in the same currency.

The Company agrees not to disclose to any third-party confidential information acquired while providing the research product listed

without the prior written consent of the Client. Exception occurs when the information is already in the public domain or when

disclosure is necessary to help the Company’s employees and agents with the performance of the Company’s obligations to
achieve satisfactory completion of the project and approved in writing by the Client.

7. Force Majeure: The Company will not be liable for any delay or failure to perform any obligation under this Agreement insofar as
the performance of such obligation is prevented by an event beyond our reasonable control, included by not limited to, earthquake,
fire, flood or any other natural disaster including pandemic, labour dispute, riot, revolution, terrorism, acts of restraint of government
or regulatory authorities, failure of computer equipment and failure or delay of sources from which data is obtained.

8. Please also refer to Master TERMS and CONDITIONS available upon request.
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VacZine Analytics

A division of Assay Advantage Ltd
Warren (Carlton) House

Bells Hill

Bishops Stortford
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CM23 2NN

United Kingdom

Tel: +44 (0) 1279 927049

E-mail: info@vacZine-analytics.com
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About VacZine Analytics:

VacZine Analytics is an established strategic research agency based in the United Kingdom. Its aim is to provide
disease and commercial analysis for the vaccine industry and help build the case for developing new vaccines and
biologics.

For more information, please visit our website www.vacZine-analytics.com

VacZine Analytics ® is a trading division of Assay Advantage Ltd, UK Company Number: 5807728
VacZine Analytics ® and “the spiral logo” are UK Registered Trademarks, 2009
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