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

are forward-looking statements, which are often indicated by terms such as ñanticipate,ò ñbelieve,ò ñcould,ò 

ñestimate,ò ñexpect,ò ñgoal,ò ñintend,ò ñlook forward to,ò ñmay,ò ñplan,ò ñpotential,ò ñpredict,ò ñproject,ò ñshould,ò 

"will,ò ñwouldò and similar expressions. Forward-looking statements are based on management's beliefs 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 

limitation, risks associated with collaboration arrangements, our and our collaboratorsô clinical development 

activities, regulatory oversight, product commercialization and intellectual property claims, as well as the risks, 

uncertainties and other factors described under the heading "Risk Factors" in uniQureôsAnnual 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. 



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

AAV5 with

FIX-Padua transgene

Hemophilia B

AMT-061

Huntingtonôs

Disease

AMT-130

Demonstrated strong, 

widespread lowering 

of mHTT

Cardiovascular

Disease

AMT-126

Bristol-Myers Squibb

research collaboration
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Several milestones across key programs

Hemophilia B
(AMT-061)

ÅTreat ~3 patients to confirm dose of 2 x e13 gc/kg

ÅInitiate enrollment of AMT-061 pivotal trial

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

Huntingtonôs 

disease
(AMT-130)

ÅComplete IND-enabling GLP safety study

ÅSubmit IND/CTA for Phase I/II study 

ÅInitiate Phase I/II study

Cardiovascular 

disease
(AMT-126)

ÅConduct heart function study of AMT-126 in diseased minipigs

ÅInitiate IND-enabling GLP safety study of AMT-126

ÅInitiate nonclinical/preclinical studies with additional targets
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Large-scale AAV Manufacturing Capability

ÅBased in Lexington, MA

Å3rd generation insect cell, baculovirus

ÅScalable up to 2 x 2000L

ÅReady for commercial scale-up

Benefits

ÅControl process through commercialization

ÅHighly scalable, cost-effective

ÅHigh-volume capacity

ÅConsistent, stable, high-quality products
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Patent 

Family

Priority 

Date

Technology Current Legal Status Patents

Upstream: AAV 

Production 

P104 20 Oct 2005 Improved infectivity First published WO2007/046703. Granted in the US, Europe, 

Australia, Canada, Japan, China, Hong Kong

P105 21 June 2006 Improved Stability 

(Overlapping Rep78/52)

First published WO2007/148971. Granted in the US, Europe, 

Australia, China, Israel, Japan, Korea, Russia

P107 26 July 2007 Low Impurities First published WO2009/038462. Granted in the US, Australia, 

Russia, Japan, China, Eurasia, Mexico, New Zealand, S. Africa

P108 19 Feb 2008 Dual Baculovirus Infection 

(Rep and Cap on the same Bac)

First published WO2009/10496. Granted in the US, Australia, 

China, Hong Kong, Israel, Russia 

P117 11 Mar 2010 Improved productivity, low 

impurities and empty capsids

First published WO2011/112089

P124 10 Mar 2014 Improved AAV5 capsid produced in 

insect cells 

First published WO2015/137802

Downstream: 

Chromatography

P104, 105, 

107

See above Claims include chromatography 

steps

See above

Downstream: 

Baculoviral filtration

P113 08 Sep 2011 Baculoviral filtration 

(Potential regulatory requirement)

First published WO2013/036118. Granted in EU

Release: Quality 

Control Testing

P122 28 Nov 2014 Vector DNA impurity profiling 

(Potential regulatory requirement)

First published WO2016/083560
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AAV5 ïClinically demonstrated tolerability and outcomes

Å Data from 22 patients in 3 clinical studies1

Å Demonstrated clinical outcomes in the liver and brain

Å Lowest prevalence of pre-existing neutralizing antibodies2

Å Favorable immunogenicity profile for systemic, intravenous delivery

Å 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

AAV5 Vector
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Boutin et al*

Number of 

individuals 

screened

Number of 

individuals

Positive (%)

Assay 

development
98 2 (2%)

Phase 1/2 

screening
10 0 (0%)

uniQure

Phylogenetic tree of AAV

AAV5 has the least conserved capsid sequence

(Only 50-67% homology with other serotypes)

AAV5: potential for broader patient access

* Boutin et al. Hum Gene Ther (2010); 21:704-12
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Leon was diagnosed 
with HEMOPHILIA B
when he was a toddler.

Told he would need
replacement 
therapy for the 
rest of his life.
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Treated with uniQure

investigational gene 

therapy.

Discontinued 

replacement therapy 

and enjoying an active life 

with his daughter Jersey.


