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Literature references: Alessia Capotondo, Rita Milazzo, Letterio Salvatore Politi, Angelo Quattrini, Alessio Palini, Tiziana Plati, Stefania Merella, Alessandro Nonis, Clelia di Serio, Eugenio
Montini, Luigi Naldini, and Alessandra Biffi, PNAS September 11, 2012 109 (37) 15018-15023; https://doi.org/10.1073/pnas.1205858109; Tissue macrophages: heterogeneity and functions,

Siamon Gordon and Annette Pliddemann, BMC Biology 2017 15:53, 29 June 2017
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*Hematopoietic Stem Cell Gene Therapy
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Severe Motor Impairment Free Survival (sMFS)

Interval from birth to first occurrence GMFC-MLD 2 5
(no locomotion and unable to sit) or death

. . L. L _ . MLD Represents a Significant Annual Global Market Opportunity

Treatment with OTL-200 resulted in statistically significant and clinically meaningful

improvement in sSMFS in the PSLI (p<0.001), PSEJ (p=0.042) and ESEJ (p<0.001) MLD
subgroups compared to disease natural history.
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1. van Rappard DF, Boelens JJ, Wolf NI. Metachromatic leukodystrophy: disease spectrum and approaches for treatment. Best Pract Res Clin Endocrinol Metab 2015; 29: 261-73.
2. The sale price of Libmeldy® will vary from jurisdiction to jurisdiction and could vary for a variety of reasons, some of which are outside of the company's control. The net price utilized
on this slide is for illustrative purposes only and is not an estimate or prediction of the average net price of Libmeldy® globally.
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Interim Proof-of-Concept (PoC) Study Results

Published in NEJM 1. Engl J Med 2021; 385:1929-1940 DOI: 10.1056/NEJMoa2106596
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