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Forward-looking Statements

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¯anticipate,°¯believe,°¯could,°¯estimate,°¯expect,°¯goal,°

¯intend,°¯lookforwardto,°¯may,°¯plan,°¯potential,°¯predict,°¯project,°¯should,°"will,°¯would°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 presentation. These forward-looking statements include, but are not limited to,

statements regarding the developmentof 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 the COVID-19 pandemic, collaboration arrangements, our and our

collaborators®clinical development activities, regulatory oversight, development of product candidates, product

commercializationand intellectualproperty claims, as well as the risks, uncertainties and other factors described under the

heading "RiskFactors"inuniQure®sAnnualReport on Form 10-K filed on March 1, 2021 and Quarterly Report on Form 10-Q

filed July 26, 2021. 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

informationbecomes available in the future.
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AAV Engine: Leveraging our leading technology platform to develop and 

commercialize products targeting the CNS, liver and heart/muscle

AAV Technology Engine
Manufacturing & Enabling Tools

uniQure: our focus 
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inGENEuity: our history of innovation

uniQure: A gene therapy pioneer with a >20-year history and deeply engrained 

culture of innovation across an increasingly validated platform

First FirstFirstFirst
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inGENEuity: our history of innovation

uniQure: A gene therapy pioneer with a >20-year history and deeply engrained 

culture of innovation across an increasingly validated platform

15 years LeadingWorld-class100+ patients
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Re-imaGENEingthe R&D pipeline

Doubling the pipeline by 2026

5-year 

Pipeline 

Goals:

3-4 Phase 3 

commercial 

programs

5-8 Phase 1/2 

programs

7-12 

preclinical 

programs
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Re-imaGENEingthe R&D pipeline
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Larger market opportunities built on validated targets and technologies

Key criteria:

ǒBest and/or first in class

ǒHuman validation

ǒLeverage proven technologies

ǒLarger indications
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Re-imaGENEingour enabling technolgy

Leveraging a broad, enabling technology platform to build an optimized and 

differentiated pipeline

Re-imagining 

where/how 

we deliveré

Next-gen tools developed:

ǒNovel AAV capsids

ǒNext-gen promoters

ǒOptimized administration techniques

ǒImproved formulations

What we aim to accomplish:

ǒPotent expression

ǒTargeted delivery

ǒUniform transduction

ǒRedosing
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Re-imaGENEingour enabling technolgy

Leveraging a broad, enabling technology platform to build an optimized and 

differentiated pipeline

Re-imagining 

what we 

deliveré

Next-gen tools:

miQURE® (gene silencing)

goQURE (gene silence/replace)

AbQURE (vectorized antibodies)

What we aim to accomplish:

ǒInsertion of genes

ǒSuppression of genes/proteins

ǒSubstitution of genes
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Re-imaGENEingour in-house manufacturing

Manufacturing for the future: Establishing larger scale and highly cost-

effective capabilities to address more prevalent disorders
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Recent company progress & upcoming events

Å Closed commercialization and licensing agreement with CSL

Å Presented 52-weekdata from HOPE-B pivotal trial
Å On track to announce 78-week top-line data and prepare 

regulatory submissions for marketing approval

Hemophilia B

Å Began patient enrollment in second dose cohort of Phase 1-2 U.S. clinical trial

Å On track to begin patient enrollment in Phase 1b-2 European clinical trial
Å Preliminary imaging/biomarker data on first four patients by year-end 2021

Huntingtonôs 

Å Initiating IND-enabling studies

Å Anticipate submitting IND application by year-end 2022

Spinocerebellar 

Ataxia Type 3 (SCA3)

Å Hosted Research & Development Day

Å Continue to increase manufacturing scale and capacity
Å Conduct manufacturing process validation to support Hem B regulatory filings

Manufacturing and 

Technology Platform
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Hemophilia B

Etranacogene dezaparvovec 

(AMT-061) 

HOPE-B
52-Week
Analysis

Etranacogene dezaparvovec 

(AMT-161)



LEA DERS HI P IN GENE THERA PY | 14SEPTEMB E R 2021

ÅKey inclusion criteria

Å Male adults Ó18 years

Å FIX activity Ò2% of normal

Å Continuous prophylaxis for Ó2  months

ÅKey exclusion criteria

Å Factors that might affect the  evaluation of 
AMT-061 efficacy or safety

Å FIX inhibitors

Å Active hepatitis B/C infection

Å Uncontrolled HIV infection

ÅPre-existing anti-AAV5 NAbs were assessed, 

but not used as an exclusion criteria

ÅNo prophylactic immunosuppression

HIV, human immunodeficiency virus; NAbs, neutralizing antibodies; wks, weeks.

HOPE-B pivotal trial: study design
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Å54 patients treated as of March 2020

ÅSevere and moderately-severe Hemophilia B patients

ÅOpen label, single-dose, multi-center, multi-national trial

ÅPatients with AAV5 neutralizing antibodies not excluded

ÅPatients served as their own control; 6-month lead-in to establish baseline

ÅStudy objectives: 

ÅIncrease FIX activity

ÅReduce frequency of bleeding episodes

ÅDecrease use of FIX replacement therapy

ÅAssess efficacy and safety

Etranacogene dezaparvovec (EtranaDez): 

HOPE-B Phase III pivotal study


