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Forward-Looking Statements

This presentation contains forward-looking statements for the purposes of the safe harbor provisions under The Private Securities

Litigation Reform Act of 1995 and other federal securities laws. The use of words such as ñmay,òñmight,òñwill,òñshould,òñexpect,ò

ñplan,òñanticipate,òñbelieve,òñestimate,òñundoubtedly,òñproject,òñintend,òñfuture,òñpotential,òor ñcontinue,òand other similar

expressions are intended to identify forward-looking statements. For example, all statements Voyager makes regarding the

initiation, timing, progress and reporting of results of its preclinical programs and clinical trials and its research and development

programs, its ability to advance its AAV-based gene therapies into, and successfully initiate, enroll and complete, clinical trials, the

potential clinical utility of its product candidates, its ability to continue to develop its product engine, its ability to enter into new

partnerships or collaborations, its anticipation for the timing or likelihood of its regulatory filings and approvals, are forward looking.

All forward-looking statements are based on estimates and assumptions by Voyagerôsmanagement that, although Voyager

believes to be reasonable, are inherently uncertain. All forward-looking statements are subject to risks and uncertainties that may

cause actual results to differ materially from those that Voyager expected. Such risks and uncertainties include, among others,

those related to the initiation and conduct of preclinical studies and clinical trials, the availability of data from clinical trials and the

expectations for regulatory submissions and approvals; the continued development of the product engine; Voyagerôsscientific

approach and general development progress; the availability or commercial potential of Voyagerôsproduct candidates; the

sufficiency of cash resources; and need for additional financing. These statements are also subject to a number of material risks

and uncertainties that are described in Voyagerôsmost recent Annual Report on Form 10-K filed with the Securities and Exchange

Commission, as updated by its subsequent filings with the Securities and Exchange Commission. Any forward-looking statement

speaks only as of the date on which it was made. Voyager undertakes no obligation to publicly update or revise any forward-

looking statement, whether as a result of new information, future events or otherwise, except as required by law.

This presentation also contains estimates and other statistical data made by independent parties and by the Company relating to

market size and growth and other data about the Company's industry. This data involves a number of assumptions and limitations,

and you are cautioned not to give undue weight to such estimates. In addition, projections, assumptions and estimates of the

Company's future performance and the future performance of the markets in which the Company operates are necessarily subject

to a high degree of uncertainty and risk.
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Senior Executive Team With Deep Experience

© Voyager Therapeutics | 3 |

Andre Turenne

President & Chief Executive Officer& 

CE

Omar Khwaja, M.D., Ph.D.

Chief Medical Officer and Head of 

Research and Development

Matthew Ottmer

Chief Operating Officer
Luis Maranga Ph.D.

Chief Technical Operations Officer

Allison Dorval

Chief Financial Officer

Robert Hesslein

General Counsel

Kelly R. Bales, Ph.D.

SVP and Head of Neuroscience

Allen Nunnally

Chief Business Officer
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Severe Neurological Diseases

ÅGenetically-validated targets with 

significant unmet medical need

ÅTargeted delivery to regions of the 

brain and spinal cord

ÅDurable transgene expression as 

CNS neurons are terminally 

differentiated

ÅImmune-privileged site reduces 

risk of immune response

AAV Gene Therapy

ÅTissue and cell-specific 

targeting within the CNS

ÅNo AAV-related SAEs to date in 

>200 patients treated in CNS 1

ÅDoes not readily integrate into 

the target cell genome, reducing 

potential for oncogenesis

ÅAbility to manufacture at 

commercial quality and scale

(1) Includes patients treated in Voyagerôs 

and other companiesô clinical trials

Voyager

Convergence of Neuroscience and Gene Therapy



Gene Therapy Development Requires Multiple Optimizations

Vector Genome Design

Transgene sequence & promoter selection for potent and 

selective pharmacology in target tissue

AAV Capsid Selection

Tropism for relevant tissue and cell types

Delivery Optimization

Translatable dosing paradigm that provides target 

distribution profile in relevant tissues

| 5 |

άwƛƎƘǘ Tissue, Right Cells, Right Amount, Right Time
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Gene

Replacement

AAV Pipeline Focused on Severe Neurological Diseases

Across Three Therapeutic Modalities
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VY-NAV01

VY-AADC (1) Parkinsonôs Disease

VY-SOD102 (2) Monogenic 
form of ALS

VY-HTT01
Huntingtonôs 
Disease

VY-FXN01 (1) Friedreichôs 
Ataxia

Tau and Alpha-

synuclein 

programs

Alzheimerôs disease,
PSP FTD, PD, 

synucleinopathies (3)

Undisclosed

Preclinical/Lead Candidate SelectionProgram

Early 

Pipeline

Phase 1 Phase 2-3 

(1) Voyager has option to co-commercialize U.S. or grant Neurocrine global commercial rights (2) Voyager intends to seek a partner to advance (3) PSP = Progressive Supranuclear Palsy, FTD = Frontotemporal 

Dementia, PD=Parkinsonôs disease

Co-develop, co-commercialize

Co-develop, co-commercialize

Gene

Knockdown 

Vectorized

Antibodies



Strong Relationships with Key Advocacy Groups
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Relationships with national groups, local chapters, study site networks and 

other patient groups to enhance awareness and gain insight from the 

people impacted every day
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VY-AADC 

for Parkinsonôs Disease
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Parkinsonôs Disease Overview

(1)  Michael J. Fox Foundation

ÅLoss of neurons and critical AADC enzyme in 

the midbrain that produce dopamine leads to 

progressive loss of motor function and less 

responsiveness to levodopa

ÅSevere, debilitating loss of motor function 

including rigidity, postural instability, gait 

freezing, and difficulty with speech and 

swallowing 

ÅOne-time treatment with VY-AADC restores 

AADC enzyme activity and improves 

levodopa sensitivity with potential to improve 

clinical motor function 

~1 Million/6 Million affected 

(U.S./WW)1
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Large Unmet Need in Moderate to Advanced PD
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Years Since Diagnosis
(1) Parkinson.org
(2) Michael J. Fox Foundation
(3) VY-AADC Phase 2 eligibility > 4 years since diagnosis > 3 hours diary OFF time
(4) Voyager estimates

Early PD Moderate PD Advanced PD

Year 4 Year 10

Medically-Eligible 
for DBS or Gene Therapy 4

VY-AADC Eligibility3

1 Million 
Diagnosed
PD Patients 

(U.S.) 2

PD Diagnosis: 
average 60 years of 

age 2

Total Eligible PD Patients 4

60,000 newly 
diagnosed/ 
year (U.S.) 1

Year 20

~5k DBS procedures/yr/U.S. 4



Declining AADC Activity Correlates with Declining Motor Function

Very little AADC activity in the brains of patients 

with advanced PD compared to healthy people

AADC activity in the Putamen(1)

Lower AADC activity correlates with 

worse motor symptoms and vice versa  

AADC activity
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(1) K. Bankiewicz, Ribeiro (2002)

(2) Feinstein Institute for Biomedical Research
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AADC activity in the Putamen(1)
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