
uniQure Announces Plan for BLA Submission for AMT-130 in Huntington’s Disease

June 17, 2026

~ 3-year analysis from the Phase I/II study can serve as the primary basis of a Biologics License Application for accelerated approval with FDA ~

~ Company intends to submit the BLA in third quarter of 2026 ~

LEXINGTON, Mass. and AMSTERDAM, June 17, 2026 (GLOBE NEWSWIRE) -- uniQure N.V. (NASDAQ: QURE), a leading gene therapy company
advancing transformative therapies for patients with severe medical needs, today announced that, during a recent Type B meeting with the U.S. Food
and Drug Administration (FDA), the FDA communicated that the 3-year analysis from the Phase I/II study would be acceptable as the primary basis of
a Biologics License Application (BLA) for the accelerated approval of AMT-130 in Huntington’s disease. In addition, the FDA seeks to align on the
confirmatory study design prior to the BLA submission, including consideration of concurrent control on standard-of-care therapy instead of a sham
procedure. FDA communicated that they would work as expeditiously as possible with uniQure on this effort. The Company is committed to conducting
the confirmatory study without delay and expects to further align with the FDA on the details of such a study prior to BLA submission. The Company
intends to submit the BLA in the third quarter of 2026.

"Today's announcement reflects the outcome we have worked toward throughout our continued regulatory engagement with FDA, and we are deeply
grateful  for  FDA’s genuine commitment to addressing the unmet need of  Americans living with Huntington’s disease,"  said Matt  Kapusta,  chief
executive officer at uniQure. "The FDA has agreed that our current clinical data can support a near-term BLA submission and has committed to work
expeditiously with us to align on the design of the required confirmatory study. The consistency and strength of the clinical data generated to date give
us great confidence in the product's potential to make a meaningful difference for patients. We remain focused on bringing AMT-130 to patients and
families as quickly and responsibly as possible in the US and globally."

The Company expects to receive final minutes within 30 days of the recent Type B meeting.

AMT-130 has been granted Regenerative Medicine Advanced Therapy (RMAT) designation by the FDA – the first RMAT designation for Huntington’s
disease – as well as Breakthrough Therapy designation and Fast Track designation.

About the Phase I/II Clinical Program of AMT-130

uniQure is conducting two multi-center, dose-escalating, Phase I/II clinical studies to explore the safety, tolerability, and exploratory efficacy signals of
AMT-130 for the treatment of Huntington’s disease. Based on interactions with the FDA, it was agreed that data from cohorts 1 and 2 in the Phase I/II
studies could be compared to a propensity score-matched external control derived from the Enroll-HD natural history data set, under a prespecified
statistical analysis plan, which may serve as the primary basis for a BLA submission.

In the U.S. study, a total of 26 patients with early manifest Huntington’s disease were randomized to treatment (n=6 low dose; n=10 high dose) or an
imitation  (sham)  procedure  (n=10).  Treated  patients  received  a  single  administration  of  AMT-130  through  MRI-guided,  convection-enhanced
stereotactic neurosurgical delivery directly into the striatum (caudate and putamen). The study consists of a blinded 12-month core study period
followed by unblinded long-term follow-up of  treated patients  for  five  years.  An additional  four  control  patients  crossed over  to  treatment.  The
European open-label Phase 1b/2 study of AMT-130 enrolled 13 patients with early manifest Huntington’s disease (n=6 low dose; n=7 high dose).

A third cohort enrolled an additional 12 patients across sites in the U.S. and EU. This cohort was randomized to explore both doses of AMT-130 in
combination with immunosuppression, using the current, established stereotactic administration procedure.

A fourth U.S. based cohort enrolled six patients and is evaluating high-dose AMT-130 in patients with lower striatal volumes compared to those of
patients enrolled in previous cohorts.

Additional details are available on www.clinicaltrials.gov (NCT05243017, NCT04120493)

About Huntington’s Disease

Huntington’s disease is a rare, inherited neurodegenerative disorder that leads to motor symptoms including chorea, behavioral abnormalities and
cognitive decline resulting in progressive physical and mental deterioration. The disease is an autosomal dominant condition with a disease-causing
CAG repeat  expansion in  the first  exon of  the huntingtin  gene that  leads to  the production and aggregation of  abnormal  protein  in  the brain.

Approximately 75,000 people have Huntington’s disease in the U.S.1, EU2, and the UK3, with hundreds of thousands of others at risk of inheriting the
disease. Despite the clear etiology of Huntington’s disease, there are currently no approved therapies to delay the onset or to slow the disease’s
progression.

About uniQure

uniQure is delivering on the promise of gene therapy – single treatments with potentially curative results. The approvals of uniQure’s gene therapy for
hemophilia B – an historic achievement based on more than a decade of research and clinical development – represent a major milestone in the field
of genomic medicine and ushers in a new treatment approach for patients living with hemophilia. uniQure is now advancing a pipeline of proprietary
gene  therapies  for  the  treatment  of  patients  with  Huntington's  disease,  refractory  temporal  lobe  epilepsy,  Fabry  disease,  and  other  severe
diseases. www.uniQure.com

uniQure Forward-Looking Statements

https://www.globenewswire.com/Tracker?data=4AZx8AOD9h5qbbV6r66VUojqYZu8eDJgKTbIO_ucWkXBiibppNyplkHjtoZXRyDkEbB6_VVr807oy4obfhm5BQ==
https://www.globenewswire.com/Tracker?data=5gcCGKmc3Anp4WIS31InXUq2w9SA3G47XH0b46D31NVdf8kR-wYSpkfCvJj0DU62wtgiIaMrCo0c_umrL68v0aPNTNjTAbqeKpQtxQYFUGGNRlM0q9SdnKNRC6zYn9_BKWQD-TKC5KeBs8JZA4xA6pxu2_pRDarccHudBNPThrNYVzl256OFXpe0OpoZPg1d
https://www.globenewswire.com/Tracker?data=mtHjWd5LrlZ1ZC-FIkTNOsQaElDHgkRGfOt17a8gIsEyK32JJt_QHPbiWczErsXmI6ek_qSnvcS9tT8iCkSwGi_y6nZwjJgrQCYFzzAlnpK6Qx5GsxE7YFabUXKS6Ff9LFvAPCvcDdWcs1DWcSlADAjGFnCi_EWWRpgR5ea9p7jgnI_zfaxKvUNYx8AF22KmCldiCbRh2oij9KAo9sdB4kxvUyNm26MD6kbB4m_ynv-5TZaEYhCiTni4efHXVx2lPxoMAxcE-yMe0--QItbaF2M8c3cv5ahvyKSZbXHk7_gL4CESgTw9Y3EADUYTStjyDcrIeMAiFXdt8LPD_ZdkxlDbsEhMohv_bv-64O4rY86vpMSlDRqQq3jvwrY7c7VM8lXwnBmCapGsXvaJ2jRMpDQu2IdF9Dm7mLMXrwZpsxMxw2Y27NKjRu1uvoljDHN4ScMYAtmzAvw0cx-4zapVB2-8TgIrdrlq1RfNMIMH9ghp6pYgHYjO8XqZMrE-keD-
https://www.globenewswire.com/Tracker?data=GSUH7mNvU1dYS7QI0_2ehqXZIS6V1wCsvFOTL8v4U43h_xeX7-_ty5H4AHwpTvzrrjjpT8nCstWyUtmhYd-ZuK8xuFhTka9X0ArOrQviLpec37FCA3PB0GwFg6qGms2B
https://www.globenewswire.com/Tracker?data=DT27Jc2fDmVlj6pB8g-HVbonjZhLgkMvDP7_KhAxJX_r3ukWR5mxB2yikm_l9c-Ko0GK4HLUboD2bo934oMqjFdaMLmau2ZZ64AgoH7FR5Y=


This press release contains forward-looking statements within the meaning of Section 27A of the Securities Act and Section 21E of the Exchange Act.
All  statements other  than statements of  historical  fact  are forward-looking statements,  which are often indicated by terms such as "anticipate,"
"believe," "could," “establish,” "estimate," "expect," "goal," "intend," "look forward to," "may," "plan," "potential," "predict," "project," “seek,” "should,"
"will,"  "would"  and similar  expressions and the negatives of  those terms.  Forward-looking statements  are  based on management's  beliefs  and
assumptions and on information available to management only as of the date of this report. Examples of these forward-looking statements include, but
are not limited to, statements concerning: the Company’s plans to conduct a confirmatory study, including the design, timing, endpoints and control
arm of such study, and to align with FDA on such study prior to BLA submission, the potential use of a concurrent standard-of-care control arm rather
than a sham procedure, and expectations regarding timing of BLA submission and receiving accelerated approval of AMT-130. The Company’s actual
results could differ materially from those anticipated in these forward-looking statements for many reasons. These risks and uncertainties include,
among others: risks related to the Company’s Phase I/II clinical trials of AMT-130, including the risk that such trials will be unable to continue to
demonstrate data sufficient to support further clinical development or regulatory approval; the risk that the FDA ultimately concludes that the Phase I/II
trial data are not sufficient to support a BLA or accelerated approval; the risk that more patient data become available that results in a different
interpretation than the one derived from the year three data analyses; risks related to the Company’s interactions with regulatory authorities, which
may affect the initiation, timing and progress of clinical trials and pathways to regulatory approval; whether the measurements that the Company is
evaluating are viewed as robust and sensitive measurements of disease progression; whether RMAT designation, Breakthrough Therapy designation,
or any accelerated pathway, if granted, will lead to regulatory approval; the Company’s ability to conduct and fund any required confirmatory study for
AMT-130; the Company’s ability to successfully complete any required confirmatory study for AMT-130; the risk that accelerated approval, if granted,
may be subject  to  post-approval  requirements that  are difficult  or  costly  to satisfy;  the Company’s ability  to continue to build and maintain the
infrastructure and personnel needed to achieve its goals; the Company’s effectiveness in managing current and future clinical trials and regulatory
processes; the Company’s ability to demonstrate the therapeutic benefits of its gene therapy candidates in clinical trials; the continued development
and acceptance of gene therapies; the Company’s ability to obtain, maintain and protect its intellectual property; and the Company’s ability to fund its
operations and to raise additional capital as needed and on acceptable terms. These risks and uncertainties are more fully described under the
heading "Risk Factors" in the Company’s periodic filings with the U.S. Securities & Exchange Commission (“ SEC”), including its Annual Report on
Form 10-K filed with the SEC on March 2, 2026, its Quarterly Report on Form 10-Q filed with the SEC on May 5, 2026 and in other filings that the
Company makes with the SEC from time to time. Given these risks, uncertainties and other factors, you should not place undue reliance on these
forward-looking statements and, except as required by law, the Company assumes no obligation to update these forward-looking statements, even if
new information becomes available in the future.
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