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Forward looking statements
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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,ò ñmight,ò ñwill,ò 
ñexpect,ò ñplan,ò ñanticipate,ò ñbelieve,ò ñestimate,ò ñintend,ò ñfuture,ò ñpotential,ò ñcontinueò and other similar expressions are 
intended to identify forward-looking statements. For example, statements Axovant makes regarding the initiation, timing, 
progress, and reporting of results of its preclinical programs, clinical trials, and research and development programs; its ability 
to advance its product candidates into and successfully initiate, enroll, and complete clinical trials; the potential clinical utility of 
its product candidates; its ability to develop and manufacture its products and successfully transition manufacturing 
processes; its ability to perform under existing collaborations with, among others, Oxford BioMedica, Benitec, and the 
University of Massachusetts Medical School, and to add new programs to its pipeline; its ability to enter into new partnerships 
and collaborations for new or existing product candidates; its ability to retain and successfully integrate its leadership and 
personnel; the size of potentially addressable patient populations for the indications targeted by Axovantôsproduct candidates; 
and the timing or likelihood of its regulatory filings and approvals, are forward-looking. In addition, promising interim results or 
other preliminary analyses do not in any way ensure that later or final results in a clinical trial or in related or similar clinical 
trials will replicate those interim results. The product candidates discussed are investigational and not approved and there can
be no assurance that the clinical programs will be successful in demonstrating safety and/or efficacy, that Axovant will not 
encounter problems or delays in clinical development, or that any of Axovant's product candidates will ever receive regulatory 
approval or be successfully commercialized.  All forward-looking statements are based on estimates and assumptions by 
Axovantôsmanagement that, although Axovant 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 Axovant 
expected. Such risks and uncertainties include, among others, the initiation and conduct of preclinical studies and clinical 
trials; the availability of data from clinical trials; the expectations for regulatory submissions and approvals; the continued 
development of Axovantôsproduct candidates and platforms; Axovantôsscientific approach and general development 
progress; receipt of confirmatory concurrence from the DMC regarding the planned second dose cohort of AXO-Lenti-PD; and 
the availability and commercial potential of Axovantôsproduct candidates including the size of potentially addressable markets 
and degree of market acceptance. These statements are also subject to a number of material risks and uncertainties that are 
described in Axovantôsperiodic and other reports filed with the Securities and Exchange Commission (SEC), including the risk 
factors detailed in the Companyôs most recent Quarterly Report on Form 10-Q filed with the SEC on February 7, 2019, as 
updated by its subsequent filings with the SEC.  Any forward-looking statement speaks only as of the date on which it was 
made. Axovant undertakes no obligation to publicly update or revise any forward-looking statement, whether as a result of 
new information, future events or otherwise.
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Robust, diversified pipeline in neurology and 

other areas of high unmet need  

Leadership team with deep gene therapy 

experience from pioneering organizations

Integrated development capabilities and 

expertise from manufacturing to commercial launch 

Encouraging clinical results with additional 

near-term data readouts in 2019



Multiple clinical-stage gene therapy programs

PROGRAM GENE INDICATION RESEARCH PRECLINICAL CLINICAL

AXO-AAV-GM1 GLB1 GM1 gangliosidosis

AXO-AAV-GM2 HEXA/HEXB

GM2 gangliosidosis

(Tay-Sachs and 

Sandhoff diseases)

AXO-LENTI-PD AADC/TH/CH1 Parkinsonôs disease

AXO-AAV-OPMD PABPN1
Oculopharyngeal

muscular dystrophy

AXO-AAV-ALS /

AXO-AAV-FTD
C9orf72

Amyotrophic lateral 

sclerosis & 

Frontotemporal 

dementia
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Additional research collaboration programs utilizing silence and replace platform.

Rare Fatal Pediatric Disease

Adult Neurodegenerative Disease

Silence-and-Replace Platform



Leadership team with decades of gene therapy experience
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Paul Korner, MD, MBA
Senior Vice President, 

Clinical Development

Shankar Ramaswamy, MD
Chief Business Officer

Parag Meswani, PharmD
Senior Vice President, 

Commercial Strategy & Operations

Fraser Wright, PhD
Chief Technology Officer

Mat Bazley, JD
General Counsel

Greg Weinhoff, MD
Chief Financial Officer

Gavin Corcoran, MD FACP
EVP, Research and Development

Pavan Cheruvu, MD
Chief Executive Officer

Greg Stewart, PhD
Senior Vice President, 

Vector Delivery & Optimization

Greg MacMichael, PhD
Senior Vice President, 

Technical Operations



Announcing positive pipeline progress: AXO-Lenti-PD (Parkinsonôs disease) 
and AXO-AAV-GM2 (Tay-Sachs disease)
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Positive interim results from first cohort at 3 months: SUNRISE-PD Phase 2 trial of AXO-

Lenti-PD in Parkinsonôs disease

Å Dosed 2 patients at lowest dose level of 4.2x106 TU

Å At 3 months, observed to be generally well-tolerated with no serious adverse advents

Å 25-point mean improvement in the UPDRS Part III (motor) OFF score achieved

Å Benefit seen across all UPDRS OFF subscales

Å Reductions in ON state dyskinesias seen on the Rush Dyskinesia Rating Scale and diary ON time with 

dyskinesia 

Å Based on initial DMC feedback, first patient in cohort 2 expected to be dosed in Q2 2019

3-month clinical update from first Tay-Sachs disease patient dosed with AXO-AAV-GM2 

Å One child with advanced infantile Tay-Sachs disease dosed with 1.0x1014 vg delivered to cisterna magna and 

spinal canal

Å At 3 months, observed to be generally well-tolerated with no serious adverse events

Å Increase in CSF ɓ-Hexosaminidase A enzyme activity from baseline, surpassing the 0.5% threshold expected 

for a clinically important effect

Å Stable clinical condition from baseline without deterioration on neurological exam 



AXO-Lenti-PD

Novel three-gene therapy candidate for 
Parkinsonôs disease


