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Forward-looking statements
This document contains forward-looking statements. All statements other than statements of historical facts contained
in this document, including statements regarding possible or assumed future results of operations, preclinical and
clinical studies, business strategies, research and development plans, collaborations and partnerships, regulatory
activities and timing thereof, competitive position, potential growth opportunities, use of proceeds and the effects of
competition are forward-looking statements. These statements involve known and unknown risks, uncertainties and
other important factors that may cause the actual results, performance or achievements of Wave Life Sciences Ltd.
(the “Company”) to be materially different from any future results, performance or achievements expressed or implied
by the forward-looking statements. In some cases, you can identify forward-looking statements by terms such as
“may,” “will,” “should,” “expect,” “plan,” “aim,” “anticipate,” “could,” “intend,” “target,” “project,” “contemplate,”
“believe,” “estimate,” “predict,” “potential” or “continue” or the negative of these terms or other similar expressions.
The forward-looking statements in this presentation are only predictions. The Company has based these forward-
looking statements largely on its current expectations and projections about future events and financial trends that it
believes may affect the Company’s business, financial condition and results of operations. These forward-looking
statements speak only as of the date of this presentation and are subject to a number of risks, uncertainties and
assumptions, including those listed under Risk Factors in the Company’s Form 10-K and other filings with the SEC,
some of which cannot be predicted or quantified and some of which are beyond the Company’s control. The events and
circumstances reflected in the Company’s forward-looking statements may not be achieved or occur, and actual results
could differ materially from those projected in the forward-looking statements. Moreover, the Company operates in a
dynamic industry and economy. New risk factors and uncertainties may emerge from time to time, and it is not
possible for management to predict all risk factors and uncertainties that the Company may face. Except as required by
applicable law, the Company does not plan to publicly update or revise any forward-looking statements contained
herein, whether as a result of any new information, future events, changed circumstances or otherwise.
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• Retinitis pigmentosa (RP) is a group of rare, 
genetic disorders of the eye resulting in 
progressive photoreceptor cell death and gradual 
functional loss 

• Currently no cure for RP
• Rhodopsin accounts for >25% of adRP cases
• Approximately half of the RHO-associated adRP

cases are caused by the P23H mutation
• Mutant P23H rhodopsin protein is thought to 

misfold and co-aggregate with wild-type 
rhodopsin, resulting in a gain-of-function or 
dominant negative effect in rod photoreceptor 
cells

• ~1,800 patients in US

Autosomal dominant retinitis pigmentosa (adRP) 
associated with Rhodopsin P23H mutation 

Allele-selective reduction of the mutant P23H allele while maintaining the 
wild type rhodopsin allele may prevent further cell loss.
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Stereopure oligo activity leads to preservation of rod cells in vivo
Allele-selective biochemically Active in vivoAllele-selective in vitro
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adRP associated with Rhodopsin P23H mutation
Single 25 g injection of PN-containing oligo retains outer nuclear layer thickness and 
retinal cell function through 8 wks post-injection

McCall Lab 
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Conclusion
• PN-containing oligonucleotides preserve retinal cell morphology, prevent rod cell 

death and restore rod cell function in severe humanized pig model of adRP

• PN-containing oligonucleotides represent a promising therapeutic option for the 
treatment of RHO P23H-dependent adRP and other diseases of the retina

• Longer timepoints are being evaluated


