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Forward-looking Statements

This presentation contains forward-looking statements. All statements other than statements of historical fact

areforward-l ooki ng statements, which are often indicated by
Afestimate, 0 filexpect, 06 Agoal , 0 Aintend, 06 Al ook forward
"will, 0 Awoul do and s-ooking statements grer basedson mamagemeiit'® beliefa and

assumptions and on information available to management only as of the date of this press release. These
forward-looking statements include, but are not limited to, statements regarding the development of our gene
therapies, the success of our collaborations, and the risk of cessation, delay or lack of success of any of our
ongoing or planned clinical studies and/or development of our product candidates. Our actual results could
differ materially from those anticipated in these forward-looking statements for many reasons, including, without
l i mitati on, ri sks associated with coll aboration arran
activities, regulatory oversight, product commercialization and intellectual property claims, as well as the risks,
uncertainties and other factors described under the heading "Risk Factors"inu n i Q uAnrau@ Report on Form
10-K filed on March 14, 2018. Given these risks, uncertainties and other factors, you should not place undue
reliance on these forward-looking statements, and we assume no obligation to update these forward-looking
statements, even if new information becomes available in the future.
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A leader in gene therapy

We are focused on three key areas, each with proof-of-concept

i Cardiovascular
Hemophilia B AT

Disease Disease

AMT-061  AMT130 T AMT-126

AAVS5 with Demonstrated strong, Bristol-Myers Squibb
FIX-Padua transgene widespread lowering research collaboration
of mMHTT
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Near-term value drivers

Several milestones across key programs

ATreat ~3 patients to confirm dose of 2 x e!3 gc/kg
Hemophilia B Alniti . _

Initiate enroliment of AMT-061 pivotal trial
(AMT-061) " pivotaltr

AAnnounce clinical data (FIX activity) from initial ~3 patients

Huntingt AComplete IND-enabling GLP safety study

disease A Submit IND/CTA for Phase I/Il study

(AMT-130) Alnitiate Phase I/l study

AConduct heart function study of AMT-126 in diseased minipigs

Cardiovascular
disease Alnitiate IND-enabling GLP safety study of AMT-126

(AMT-126)

Alnitiate nonclinical/preclinical studies with additional targets

DELIVERING GENE THERAPY TO PATIENTS

MARCH 2018 | 5



State-of the-art manufacturing

Large-scale AAV Manufacturing Capability
A Based in Lexington, MA

A 31 generation insect cell, baculovirus

A Scalable up to 2 x 2000L

A Ready for commercial scale-up

Benefits

A Control process through commercialization
A Highly scalable, cost-effective

A High-volume capacity

A Consistent, stable, high-quality products
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Strong intellectual property on manufacturing

Patent Priority
Family Date

Technology Current Legal Status Patents

Upstream: AAV P104 20 Oct 2005 Improved infectivity First published WO2007/046703. Granted in the US, Europe,
Production Australia, Canada, Japan, China, Hong Kong
P105 21 June 2006 Improved Stability First published W0O2007/148971. Granted in the US, Europe,
(Overlapping Rep78/52) Australia, China, Israel, Japan, Korea, Russia
P107 26 July 2007 Low Impurities First published W0O2009/038462. Granted in the US, Australia,
Russia, Japan, China, Eurasia, Mexico, New Zealand, S. Africa
P108 19 Feb 2008 Dual Baculovirus Infection First published W0O2009/10496. Granted in the US, Australia,
(Rep and Cap on the same Bac) China, Hong Kong, Israel, Russia
P117 11 Mar 2010 Improved productivity, low First published W02011/112089
impurities and empty capsids
P124 10 Mar 2014 Improved AAV5 capsid produced in | First published W0O2015/137802
insect cells
Downstream: P104, 105, See above Claims include chromatography See above
Chromatography 107 steps
Downstream: P113 08 Sep 2011 Baculoviral filtration First published W02013/036118. Granted in EU
Baculoviral filtration (Potential regulatory requirement)
Release: Quality P122 28 Nov 2014 Vector DNA impurity profiling First published W02016/083560
Control Testing (Potential regulatory requirement)
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Leveraging AAVS: a potentially best-in-class
vector for systemic delivery

AAV5 T Clinically demonstrated tolerability and outcomes AAV5 Vector
A Data from 22 patients in 3 clinical studies?

Demonstrated clinical outcomes in the liver and brain
Lowest prevalence of pre-existing neutralizing antibodies?

Favorable immunogenicity profile for systemic, intravenous delivery

o To o I»

No confirmed T-cell-mediated immune responses to capsid

1 Clinical trials in Hemophilia B, Sanfilippo B and Acute Intermittent Porphyria
2 Boutin et al 2014
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AAVS5: potential for broader patient access

Boutin et al*
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Seropositive individuals (%)
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AAV1  AAV2 AAVS AAV6 AAV8 AAVY
n: 162 89 49 56 50 62
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Number of Number of
individuals individuals
screened Positive (%)

Assay 0
Phase _1/2 10 0 (0%)
screening

Phylogenetic tree of AAV

{ AAV1
AAV6
AAV2

L Aav3
AAV7
AAVS
AAV10

AAV9
AAV4

o

AAVS has the least conserved capsid sequence
(Only 50-67% homology with other serotypes)

* Boutin et al. Hum Gene Ther (2010); 21:704-12
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