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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
Amay, 0o Amight, o Awill ,6 o
Ai ntend, 0 Afuture, 0 Apotential,k 0O
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, successfully transition manufacturing
processes and scale up manufacturing processes; its ability to perform
under existing collaborations with, among others, Oxford BioMedica, the
University of Massachusetts Medical School, and the National Human
Genome Research Institute; 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
Axovantdés product candidat es; and
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

Afexpect, 0 0
i c

t

p |
0

n

he

product candidates will ever receive regulatory approval or be successfully
commercialized. All forward-looking statements are based on estimates
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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 devel opment of Axovantads
Axovantos scientific approach and g
Axovantodés ability to maintain or sc
transition such processes; and the availability and commercial potential of
Axovant és product candidates includ
markets and degree of market acceptance.

These statements are also subject to a number of material risks and
uncertainties that are described in
filed with the Securities and Exchange Commission (SEC), including the

ri sk factors detailed i n the Compan
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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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AXOVANT: AIMING FOR TRANSFORMATIVE

We aspire to be the leading company targeting neurodegenerative diseases with clinical-

stage gene therapy products

PLATFORM PARTNERSHIPS
Partnered with leading
LS D07 R Bl '~ gene therapy academic
Lentiviral vectors tailored ' institutes including the
to each disease NIH and UMas?s
Partnered with top
Potential to be first-in- A~ AAV and Lentiviral
class (GM1/2) and best in & manufacturers including
c® Cclass (PD) gene therapy Oxford Biomedica and
Viralgen
Robust dataset in Focusing on preclinical
@ﬁ'ﬁ‘ Parkinsonods dis e wi anchanalytical
/\/l 21 patients across 5 dose development in our new
cohorts North Carolina lab facility
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PEOPLE

Gene therapy expertise in
neurogenerative diseases

40+ employees across
NYC and Raleigh

Serve the Parl
and rare disease patient
communities as a
resource and partner




PARTNERSHIPS WITH

GLOBAL GENE THERAPY

INSTITUTIONS

Oxford
Biomedica

Originated from Oxford Biomedica with
ProSavin, an initial version of the vector

World-leading clinical and commercial
manufacturer of lentiviral gene therapies

On-going scale up in process; currently 50L
scale with plan to move to 200L scale

Three-year clinical supply agreement to
support clinical studies and
commercialization through suspension-based
manufacturing

LENTI PROGRAM

%
Andelyg A ¥y v iRALGEN

lably Exper. Puposefully Diven L 1 Y B

Rare disease programs originated from
University of Massachusetts Medical School
and Auburn University

Andelyn Biosciences: premier manufacturer of
AAV technology; formed by Nationwide
Chil drendos Hospital

Viralgen: Leading CDMO built as a joint
venture between AskBio and Columbus
Venture Partners in Spain

Secured cGMP capacity and resources to
support development and commercialization
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THREE CLINICAL-STAGE GENE THERAPY PROGRAMS

Indication/Program Genes Stage of Development Anticipated Upcoming Milestones

Adult Neurodegenerative Disease

A Dosing of all patients in Cohort 2 completed, with
. . . 6-month safety and efficacy data expected in Q4
Z;O'[LG'ti_g[)s onos di's AApc/THICHL 2020

A Expect to dose first patient in randomized, sham-

controlled study in 2021
Rare Fatal Pediatric Disease

A 6-month data from low-dose juvenile cohort (Type

GM1 gangliosidosis Il) expected by Q4 2020

AXO-AAV-GM1* GLB1 Phase 1/2 A Expegt to initiate hlgh_-dose; cohort which |_nclud_es
infantile (Type I) and juvenile (Type Il) patients in
2H 2020

Tay-Sachs/Sandhoff disease HEXA/HEXB Phase 1/2 A Clearance of IND expected in calendar year 2020

AXO-AAV-GM2*

* Granted Orphan Drug Designation from FDA.



EXPECTATIONS OF 6-MONTH CLINICAL SAFETY AND EFFICACY
FOR ANDGMPEGANGLIOSIDOSIS

AXO-AAV-GML1.:
GM14Gangliosidosis (Type II)

Standard UPDRS Part ||| & Gripfoveméntiom basdines ¢ @ available treatments that modify disease

of Care course or prevent decline
Oral L-dopa/Dopamine Agonists have modest effect size and

may cause significant dyskinesias

—  Stabilization —> Stabilization
Axovant of VABS-III Growth Scale Score . in Clinical Global Impression
Base UPDRS Part 111 # @fpFovementfoom base)ine s ¢ orélative to baseline OR natural O  (CGI) from baseline to month 6
Generally safe and well-tolerated history
Generally safe and well-tolerated Generally safe and well-tolerated
|_j Improvement |_j Improvement
Axovant ) \ _ of VABS-IIl Growth Scale Score . Improvement in Clinical Global
Upside UPDRS Part 111 1 Odpfosementimm baseines ¢ %dlafive to baseline OR natural O  Impression (CGI) from baseline
Generally safe and well-tolerated history to month 6
Generally safe and well-tolerated Generally safe and well-tolerated

* Derived from clinically meaningful di ffer eA&r@&ImroliZﬁ)lO;LﬂZ?lE)aBéér/PBcaMcbvemerhtDisofd@sE\Fob%,ZQldorWL



GENE THERAPY FOR PARKI NS
SUNRISE-PD Study: Expect to dose first patient in randomized, sham-controlled study in 2021

Clinical data from 18 patients across 5 different dose cohorts demonstrates dose-
dependent efficacy and positive safety profile

v

Progressive and chronic disease that impacts more A One-time treatment using a lentiviral vector with

than in the US three key genes to produce endogenous dopamine
50% of people with PD develop motor problems after 5 A Development plan integrates robust preclinical and
years, despite best medical treatment clinical data from 15t generation vector, ProSavin

>80% experience ON/OFF fluctuations A 17-22 pointi mpr ovement in UPDRS

at 6 and 12 months compared to baseline
Levodopa, the gold standard therapy, causes

treatment such as and has a A SUNRISE-PD: Cohort 2 dosing completed with 6-
high pill burden with modest improvements of 4-8 month safety and efficacy data expected in Q4 2020
points in UPDRS 111l #AOFFO

chres : S :
Expect to dose first patient in randomized, sham-
Substantial opportunity to improve motor function and controlled study in 2021

A Addressable market population of > 200k patients



AXO-Lenti-PD encodes three enzymes required for endogenous dopamine
synthesis

A Tyrosine hydroxylase (TH) and Cyclohydrolase 1 (CH1): converts tyrosine to L-dopa
A Aromatic L-amino acid decarboxylase (AADC): converts L-dopa to dopamine

Tyrosine Levodopa Dopamine
O O
OH @ HOWOH HOD/\/NHZ

Utilizes a lentiviral vector with large gene packaging capacity to accommodate all
three genes
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Stereotactic delivery via one-time infusion directly into the putamen
A Neuroimaging with MRI performed before and after procedure to ensure localization

A No intraoperative MRI required for localization
_

1: Azzouz, et al. J Neurosci. 2002;22(23):10302-12. 8
2: Jarraya, et al, Sci Transl Med. 2009;1(2):2ra4.



ROBUST NONCLINICAL PACKAGE SUPPORTING
DEVELOPMENT

Extensive nonclinical evidence developed over the last 15 years across several studies
Including 18 non-human primate studies

A Enhanced PK and PD observed A Benign safety profile A Long-term studies showed no
in vitro and in vivo with AXO- demonstrated across both evidence of carcinogenicity in
Lenti-PD ALPD and Prosavin studies both rat and non-human primate
_ _ _ _ PD models
A 5-10x improvement in dopamine A Robust toxicology packages for
production in vitro and in vivo both ProSavin and AXO-Lenti-
PD

A Equivalent doses of AXO-Lenti-
PD demonstrated better efficacy
than ProSavin

IGENE THERAPIE




ProSavin AXO-Lenti-PD PART A

AXO-Lenti-PD PART B

Dose Escalation Expansion Cohort vs Sham Surgical Procedure

Dose Escalation

v v

|" Cohort 2

Cohort 1
(1.9 x 107 TU)

v

Cohort 3 I Cohort 3 Optimal -- _
(1.0x 108 TU) | COhOfg 2 (4.2 x 107 TU) dose, Primary
L (1.4 x 107 TU) expanded endpoint

(4.0 x 107 TU)
n=6 Cohort 1 | patients, Sham evaluation
n=6 (4.2 x10°TU) i [ randomized surgical
| p— procedure

n=3 n=2

| ] | )
| ! |
15 patients treated with ProSavin that informed Current stage (all patients now dosed) Dose first randomized patient in 2021
AXO-Lenti-PD6s devel opment pl an
COHORT 2 ENROLLMENT CRITERIA PART B CLINICAL MEASURES:
PROSAVIN CLINICAL EFFICACY AT 12 MONTHS ABilateral idiopathic Par kim§afét9§n8tolé|rébﬁt3?ase
A Mean UPDRS-IIl OFF Change from Baseline _
_ A Age: 30-70 A UPDRS OFF scores:
A Cohort 1: -7 points (-27%) _ o
A A UPDRS Part Il (motor) OFF score: 30-60 Part Il (motor) and Part Il (activities of daily living)
Cohort 2: -11 points (-29%
p P (-29%) A Hoehn & Yahr Scale stage OFF: 3-4 A PDQ-39
Cohort 3: -15 points (-29% . . . .
P ( ) A Levodopa equivalent daily dose (LEDD): A Hauser Patient Diary
at least 900 mg A Rush Dyskinesia Rating Scale

COHORT 3 GUIDANCE

A ~3x higher volume dosing but consistent titer
levels as Cohort 2

SUNRISE-PD PHASE 2 CLINICAL STUDY axovant




AXO-LENTI-PD PROCEDURE AND ASSESSMENT

ol ®

Three infusions
per hemisphere

O

Clinical testing Pre-surgical MRI

to determine

Post-surgical
MRI to confirm

Clinical testing

after a wash-out : to the after a wash-out

trajectory and . no adverse

of oral L-Dopa . post-commissural of oral L-Dopa
specific targets . events and

for at least 12 L putamen using for at least 12

within the . evaluate vector
hours stereotactic . hours
putamen . distribution
guidance

11



UNIFIED PARKINSON DISEASE RATING SCALE
(UPDRS) IS THE GOLD STANDARD FOR CLINICAL EVALUATION

Measures treatment effect OFF background therapy

Rigidity Leg agility
Used as registrational endpointf or mul t i pl e Par ki nsonbo
Finger tapping Gait Total score ranges from O to 108
Minimum clinically important difference ~4-6 points; moderate ~5-10 points
Toe tapping Posture Companyo6s dat a ex p-&5poiatchange framsbasalin® 1 0
Part II: Activities of Daily Living UPDRS Part || OFF SCORE
Speech Dressing A Examiner asks the patient to describe his or her function in the OFF state;
ratings done by examiner based upon responses of caregiver
Drooling Hygiene A Used as a combined registrational endpointf or Par ki nsonés cl
A Scores range from 0 to 56
UG EEE AETOAUTE A Minimum clinically important difference ~3 points

W

(1) Shulman et al., Arch Neurol, 2010; (2) Hauser/PSG, Movement Disorders, Vol. 26, 2011; (3) Kovacs et al., Movement Disorders, Vol. 00, 2017



CLINICAL DOSE-RESPONSE OBSERVED IN MOTOR FUNCTION
ACROSS FHIVE DOSE COHORTS

UPDRS PART IIl (MOTOR) OFF SCORE IMPROVEMENT IN HUMANS (CROSS-STUDY COMPARISON)!
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< Month 6 Month 12 Month 6 Month 12 Month 6 Month 12 Month 6 Month 12 Month 6

ProSavin Cohort 1 (n=3) ProSavin Cohort 2 (n=6) ProSavin Cohort 3 (n=6) ALPD Cohort 1 (n=2) ALPD Cohort 2 (n=1)*
Target Dose: Target Dose: Target Dose: Target Dose: Target Dose:
1.9x107 TU 4.0x10" TU 1.0x108 TU 4.2x10° TU 1.4x107 TU

AXO-Lenti-PD delivered a 22-point (44%) improvement in the second dose cohort at 6 months

1: Palfi, et al. The Lancet. 2014;383(9923):1138-1146 13 * All 4 patients have been enrolled and dosed in cohort 2 but data is only available for
Note: Error bars are calculated as (Mean +/- SEM) the first patient at 6 months post-dosing



AXO-LENTI-PD: POTENTIALLY TURNING BACK THE CLOCK FOR
PATIENTS

| MPROVEMENT ON UPDRS PART 111 AOFFO0O SCOR

Baseline Month 6 Month 12 Month 24 Month 36 Month 48 Month 60

ProSavin Low-dose e=e=ProSavin Medium-dose esesProSavin High-Dose ALPD Low-dose e=e=ALPD Medium-dose ssswExpected Natural Histofy

*UPDRS Il Off score is expected to worsen by 3-4 points per year as the PD progresses; Palfi, et al. Lancet. 2014 14



AXO-LENTI-PD

Sample Size

EUPDRS-III
OFF Score

EUPDRS-II
OFF Score

1: Christine, et al. Ann Neurol. 2019.

2: VYGR Press Release

VY-AADC (Voyager)?!?

AAV2-GAD (MeiraGTx)*

DBS (Averages)?

TO COMPETITORS AT 6
MONTHS ACROSS A RANGE OF OBJECTIVE MEASURES

ALPD / ProSavin®

Treatment

5 subjects (Cohort 1)
5 subjects (Cohort 2)
5 subjects (Cohort 3)
8 subjects (Posterior)

22 subjects (Phase 2 RCT)

115 subjects (Pivotal RCT)
40 subjects (open-label)

3 subjects (Cohort 1 - PS)

6 subjects (Cohort 2 - PS)

6 subjects (Cohort 3 - PS)
2 subjects (Cohort 1 - ALPD)
1 subject* (Cohort 27 ALPD)

Control

Open-label

23 subjects

37 subjects

Open-label

Treatment

-16 points (Cohort 1)
-18 points (Cohort 2)
-14 points (Cohort 3)

-8 points

-12 points A(Pivotal RCT)
-24 points (open-label)

-8 points (Cohort 1 - PS)

-15 points (Cohort 2 - PS)

-13 points (Cohort 3 - PS)
-17 points (Cohort 1 - ALPD)
-22 points (Cohort 21 ALPD)

Control

Open-label

-5 points

-1 point A(Pivotal RCT)

Open-label

Treatment

-0.4 points (Cohort 1)
-2 points (Cohort 2)
-4 points (Cohort 3)

NR

-12 (open-label)

-9 points (Cohort 1 - PS)

-1 points (Cohort 2 - PS)

-4 points (Cohort 3 - PS)
-20 points (Cohort 1 - ALPD)
-12 points (Cohort 21 ALPD)

Control

4. MGTX Corporate Presentation

Open-label

NR

NR

Note: Numbers are rounded, and data are not collected from head-to-head studies

3: Vercise™ DBS for PD Clinical Summary and Timmermann, et al. Lancet. 2015
5. Palfi, et al. 2014, 2018 and Data on file

15

A3 month endpoint

* All 4 subjects have been dosed, but only 1 subject has received a
6-month UPDRS OFF evaluation

Open-label

NR = Not reported
NA = Not assessed




ource: LEK Consulting, Internal Analysis, NCBI, etc. 16

AXO-LENTI-PD HAS THE POTENTIAL TO BECOME A
MULTIBILLION-DOLLAR GENE THERAPY OPPORTUNITY

800 K

480 K ~ 700 K

700 K
600 K
500 K
400 K

300 K
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Total Indicated AXO-Lenti-PD
Population in US and EU5

Base Case Patients Aged 76-80 Patients with Dementia Label Expansion Total Potential Market
with H&Y Stage 3-4, Opportunities
UPDRS 60-75

TOTAL ADDRESSABLE MARKET
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First clinic-stage gene therapies for GM1 gangliosidosis,
Tay-Sachs and Sandhoff diseases
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