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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 ñCompanyò)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 ñmay,òñwill,òñshould,òñexpect,òñplan,òñaim,òñanticipate,òñcould,ò

ñintend,òñtarget,òñproject,òñcontemplate,òñbelieve,òñestimate,òñpredict,òñpotentialòor ñcontinueòor 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 Companyôsbusiness, 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 CompanyôsForm 10 -K and other filings with the SEC, some of which cannot be

predicted or quantified and some of which are beyond the Companyôscontrol . The events and circumstances reflected in the

Companyôsforward - 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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Genetic medicines company
Developing targeted therapies for patients 

impacted by rare diseases

Å Rationally designed stereopure nucleic acid therapeutics

Å Utilizing multiple modalities including antisense, exon skipping and RNAi 

Å 6 proprietary neurology development programs by the end of 2018

Å Expertise and core focus in neurology

Å 2 Phase 1b/2a trials initiated in Huntingtonôs disease

Å DMD Exon 51 trial initiated

Å Clinical data readouts anticipated in 2019 for first 3 programs

Å Robust R&D platform, ability to partner additional therapeutic areas

Å Cash position $169MM as of September 30 2017
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Paving the way to potentially safer, more effective 
medicines

1 
first to design 

and bring stereopure

and allele -specific 

medicines to clinic  

6
neurology 

development 

programs 

by end of 2018

3
clinical studies 

initiated 

in 2017

10K+
Wave stereopure

oligonucleotides 

created and 

analyzed to date

5
nucleic acid 

modalities being 

advanced with Wave 

stereopure chemistry

12+
discovery programs

5
therapeutic 

areas under 

active investigation

25M+
total potentially 

addressable patients 

amenable to Waveôs 

partnered and 

proprietary programs
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Pipeline spanning multiple modalities, novel targets

*Estimates of U.S. prevalence and addressable population by target based on publicly available data and are approximate. 
*For Huntingtonôs disease, numbers approximate manifest and pre-manifest populations, respectively

DISEASE
NEXT ANTICIPATED 
MILESTONES

ESTIMATED U.S.
ADDRESSABLE 
PATIENTS *TARGET BIOMARKER

E = exon skipping. A = allele -specific silencing. 

A

A

A

A

CNS Huntingtonôs disease Phase 1b/2a~10k / ~35kmHTT SNP1 mHTT Top line data 1H  2019

Huntingtonôs disease Phase 1b/2a~10k / ~35kmHTT SNP2 mHTT Top line data 1H  2019

~1,800C9orf72 dipeptideAmyotrophic lateral sclerosis Trial initiation Q4 2018

Frontotemporal dementia ~7,000C9orf72 dipeptide Trial initiation Q4 2018

Phase 1 E

E

MUSCLE Duchenne muscular dystrophy 51 ~2,000exon 51 dystrophin Top line data Q3 2018

Duchenne muscular dystrophy 53 ~1,250exon 53 dystrophin Trial initiation Q1 2019

A

A

A

HEPATIC APOC3

undisclosed

undisclosed
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Current programs

Neuromuscular diseases

Å DMD (additional exons)

Å Spinal muscular atrophy (SMN2) 

Å Charcot -Marie -Tooth type 1A (PMP22)

Neurodegenerative movement disorders

Å Spinocerebellar ataxia (ATXN3)

Discovery engine 

Å Huntingtonôs disease (HTT SNP1) 

Å Huntingtonôs disease (HTT SNP2) 

Å Duchenne muscular dystrophy (exon 51)

Å Duchenne muscular dystrophy (exon 53)

Å Amyotrophic lateral sclerosis (C9orf72) 

Å Frontotemporal dementia (C9orf72) 

Neurodegenerative movement 

disorders

Å Parkinsonôs disease 

Å Progressive supranuclear palsy

Neurodegenerative dementias

Å Alzheimerôs disease

Developmental diseases

Å Fragile X

Å Batten disease

Neurophysiology/

neuropsychiatry/pain

Å Epilepsy

Å Schizophrenia

Neurology leadership

Opportunities for expansion

Neuro
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CNS Muscle

Broad platform relevance across therapeutic areas
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WAVE RATIONAL DESIGN

Stereochemistry enables precise control, 
ability to optimize critical constructs into 

one defined and consistent profile

Building the optimal, stereopure medicine

STANDARD OLIGONUCLEOTIDE 
APPROACHES

Pharmacologic properties include 
>500,000 permutations in every dose

Impact:
Unreliable therapeutic effects
Unintended off - target effects

Impact:
Potential for safer, more effective, 

targeted medicines that can address 
difficult - to - treat diseases
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Source: Iwamoto N, et al. Control of phosphorothioate stereochemistry substantially increases the efficacy of antisense oligonucleotides. 
Nature Biotechnology. 2017.

Creating a new class of oligonucleotides

WAVE RATIONAL DESIGN
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Chemistry may optimize medicines across multiple dimensions

Stability of stereopure molecules with 
reduced PS content (liver homogenate)

Oligonucleotide exposure (spinal cord)

Human TLR9 activation assay with 5mC 
modified CpG containing MOE gapmer

IL -6 MIP-1ȁ

Cytokine induction in human 
PBMC assay

Stereochemistry enables enhanced 
delivery of oligonucleotides

Improved Stability Controlled Immunogenicity Enhanced Delivery

Gymnotic uptake of ASOs:18h differentiating myoblasts 

Data represented in this slide from in vitro studies.  Experimental conditions: Human TLR9 assay ïSource: Ohto U, et al. Structural basis of CpG and inhibitory DNA recognition by 
Toll - like receptor 9, Nature 520, 702 -705, 2015. Intracellular trafficking assay ïCells were washed and fixed and oligos were d etected by viewRNA assay and visualized on 
immunofluorescence microscope with deconvolution capabilities. Z-stacks were taken to eliminate artifacts.

Uptake without transfection agent between a 
stereopure and stereorandom oligonucleotide
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Stereochemistry is applicable across modalities

Antisense RNAi Exon skipping

Stereochemistry allows for novel approaches to previously difficult diseases and inaccessible targets 

*
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SUPERIOR
PHARMACOLOGY

+
SCALABLE

SYNTHESIS

MULTI -
MODALITY

BROAD 
IMPACT

UNLOCKING 
THE
PLATFORM

Å Antisense

Å RNAi 

Å Splice Correction

Å Exon skipping

Å Gene editing

Å CNS

Å Muscle

Å Eye

Å Liver

Å Skin

Broad 

addressable 

patient 

population 

across multiple 

therapeutic 

areas

Transforming nucleic acid therapeutics
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Neurology

CNS Muscle


