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Item 7.01	Regulation FD Disclosure

On June 29, 2026, Neurogene Inc. (the “Company”) issued a press release announcing positive, updated clinical data from its Phase 1/2 trial evaluating NGN-401 gene therapy for the treatment of females with Rett syndrome. The
Company will host a conference call and webcast today, Monday, June 29, 2026 at 8:00 a.m. Eastern Time, to discuss the data results A copy of the press release announcing such results is attached as Exhibit 99.1 to this Current Report on Form 8-K and is incorporated herein by reference.

The information in this Item 7.01 and Exhibit 99.1 attached hereto are being furnished and shall not be deemed “filed” for the purposes of Section 18 of the Securities Exchange Act of 1934, as amended (the "Exchange Act"), or
otherwise subject to the liabilities of that section, nor shall such information or Exhibit 99.1 be deemed incorporated by reference into any filing under the Exchange Act or the Securities Act of 1933, as amended, except as expressly set forth by specific reference to such filing.

Item 8.01	Other Events

On June 29, 2026, the Company also made publicly available a presentation announcing positive, updated clinical data from its Phase 1/2 trial evaluating NGN-401gene therapy for the treatment of females with Rett syndrome. A copy of the presentation is filed as Exhibit 99.2 to this Current Report on Form 8-K and is incorporated herein by reference.

	Item 9.01
	Financial Statements and Exhibits.

	(d) Exhibits
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	Number
	
	Description
	

	99.1
	
	Press Release dated June 29, 2026
	

	99.2
	
	Corporate Presentation dated June 29, 2026

	
	
	
	

	104
	
	Cover Page Interactive Data File (embedded within the Inline XBRL document)
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Pursuant to the requirements of the Securities Exchange Act of 1934, as amended, the registrant has duly caused this report to be signed on its behalf by the undersigned thereunto duly authorized.

	
	NEUROGENE INC.

	Date: June 29, 2026
	By:
	/s/ Christine Mikail

	
	
	Name: Christine Mikail

	
	
	Title: President, Chief Financial Officer
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Neurogene Reports Positive Long-term Clinical Data from Phase 1/2 Trial of NGN-401 Gene Therapy for Rett Syndrome

47 total developmental milestones gained across 10 participants, with durable treatment effect and no plateau or milestone loss through 30 months of follow-up

100% of participants improved in CGI-I score and gained ≥1 developmental milestone, with an average of 4.7 milestones per participant, and all gaining ≥1 developmental milestone in the past

12 months

Developmental milestones were gained in a progressive, stepwise sequence, suggesting a restart of development post-treatment

NGN-401 at the 1E15 vg dose remains generally well-tolerated (N=35) as of data cutoff date of June 16, 2026

Dosing complete in the Embolden™ registrational trial with no treatment-related SAEs or DLTs as of data cutoff date of June 16, 2026, with topline data anticipated in 2H 2027

Company to host investor/analyst webcast today at 8:00 a.m. ET

NEW YORK – June 29, 2026 – Neurogene Inc. (Nasdaq: NGNE), a clinical-stage company founded to bring life-changing genetic medicines to patients and families affected by rare neurological diseases, today announced updated, positive data from its Phase 1/2 clinical trial evaluating NGN-401 gene therapy for the treatment of females with Rett syndrome.

Across 10 participants, 47 total developmental milestones were gained (average of 4.7 per participant), with both pediatric and adolescent/adult participants demonstrating clinical response and continued, progressive improvements through 30 months of follow-up, with no plateau or loss of milestones observed.

“We are encouraged by the long-term Phase 1/2 data across a broad age range and wide spectrum of disease severity, which we believe demonstrate that NGN-401 is driving gain of durable and clinically meaningful developmental milestones, and continued improvements were observed through 30 months of follow-up,” said Rachel McMinn, Ph.D., Founder and Chief Executive Officer of Neurogene. “Importantly, the gains of developmental milestones are not isolated events – they build over time with participants acquiring multiple milestones across the core Rett syndrome functional domains of hand function, gross motor function and communication. This multidomain progression is not observed in the natural history of Rett syndrome, and we believe supports NGN-401’s differentiated profile, driven by its purposeful design and targeted delivery.”

“In typical development, children gain milestones in an organized, cumulative sequence, with each milestone building on the last; in Rett syndrome, that process is stopped by regression,” said Bernhard Suter, M.D., Medical Director of the Blue Bird Circle Rett Center at Texas Children’s Hospital, Associate Professor of Pediatrics and Neurology at Baylor College of Medicine, and principal investigator in the NGN-401 Phase 1/2 clinical trial. “These results show that the participants treated with NGN-401 are now gaining developmental milestones in a manner that suggests restarting developmental progression, something not observed in the natural history of the disease. As a result, participants are gaining greater independence and are more engaged in day-to-day activities with their families.”

Phase 1/2 Clinical Data as of Data Cutoff Date of June 16, 2026 (N=10, follow-up 12-30 months post-treatment)

Efficacy Data

· 100% of participants improved on the Clinical Global Impression-Improvement (CGI-I) scale and gained ≥1 developmental milestone, consistent with the composite endpoint used to evaluate efficacy in the Embolden™ registrational trial
· 47 total developmental milestones were gained across participants, averaging 4.7 milestones per participant

· All participants gained ≥1 developmental milestone in the past 12 months

· Participants gained milestones in a progressive, developmentally ordered stepwise sequence, suggesting a restart of developmental progression

· Rapid onset of treatment effect, with median time to first clinical improvement of 2 months post-treatment

· Milestone gains deepened over time, increasing by 95% from 6 to 12 months and 147% from 6 to ≥12 months

· 7 of 10 participants gained ≥2 developmental milestones and demonstrated improvements across ≥2 core Rett syndrome domains; both of these improvements were observed in pediatric and adolescent/adult participants
· Continued improvement through 30 months post-dose, with no plateau observed and no milestones lost

· Participants experienced clinically meaningful improvements across additional validated Rett syndrome scales, including the Rett Syndrome Gross Motor Scale (RSGMS) and Rett Syndrome Hand Function Scale (RSHFS) (p<0.001)

Safety Data

· NGN-401 at the 1E15 vg dose remains generally well-tolerated

· All treatment-related adverse events have been mild (Grade 1) or moderate (Grade 2) in severity, and the majority are known potential risks of AAV and have resolved or are resolving

· No new treatment-related SAEs reported since last data cutoff date in October 2025

· NGN-401 continues to be generally well-tolerated in Embolden, with no treatment-related SAEs or DLTs as of the data cutoff date of June 16, 2026

Neurogene management and Dr. Suter will discuss these results during a live webcast today, June 29, 2026, at 8:00 a.m. ET. The live webcast presentation will be accessible from the Investor Relations section of the Company’s website under Events, where a replay of the event will also be available for a limited time.

These data, as well as a poster presentation on the Rett Syndrome Natural History Study analysis to assess treatment effect in the Embolden trial, will also be presented at the 2026 International Rett Syndrome Foundation (IRSF) Rett Syndrome Scientific Meeting taking place in Prior Lake, Minn., June 29 – July 1, 2026.

About Neurogene

Neurogene (NASDAQ: NGNE) is a clinical-stage biotechnology company focused on developing life-changing genetic medicines for people and their families impacted by devastating neurological diseases. The Company is using a biology-first approach paired with optimized delivery to develop purpose-built genetic medicines, including programs powered by its novel and proprietary EXACT™ transgene regulation technology. Neurogene is advancing its lead gene therapy program, NGN-401, as a potential best-in-class, one-time treatment for Rett syndrome. For more information, visit neurogene.com or follow on LinkedIn.

About NGN-401

NGN-401 is an investigational AAV9 gene therapy in late-stage clinical development as a potential best-in-class, one-time treatment for Rett syndrome. It is the only clinical candidate to deliver the full-length human MECP2 gene and includes Neurogene’s EXACT™ transgene regulation technology, which is designed to deliver consistent, tightly controlled MeCP2 protein expression on a cell-by-cell basis. NGN-401 is delivered through intracerebroventricular administration to achieve the broadest targeting directly to the brain and nervous system based on nonclinical biodistribution data. NGN-401 is being evaluated in the Embolden™ registrational clinical trial. Data from the Phase 1/2 trial (as of June 16, 2026) have shown that participants experienced multidomain, durable gains with continued developmental milestone acquisition observed over time, and NGN-401 at the 1E15 vg dose has been generally well-tolerated. NGN-401 has received Breakthrough Therapy, Regenerative Medicine Advanced Therapy, Fast Track, Orphan Drug and Rare Pediatric Disease designations and selection for the START Pilot Program from the U.S. Food and Drug Administration, Advanced Therapy Medicinal Product, Orphan and Priority Medicines designations from the European Medicines Agency and Innovative Licensing and Application Pathway designation from the United Kingdom Medicines and Healthcare products Regulatory Agency.

Cautionary Note Regarding Forward-Looking Statements

Statements in this press release are made as of the date of this press release. Neurogene does not undertake any obligation to make any updates to these statements to reflect events that occur or

circumstances that arise after the date of this press release, except as may be required under applicable U.S. securities law.

Statements in this press release which are not historical in nature are intended to be, and hereby are identified as, forward-looking statements within the meaning of the Private Securities Litigation Reform Act of 1995. These statements may discuss goals, intentions and expectations as to future plans, trends, events, results of operations or financial condition, or otherwise, based on current expectations and beliefs of the management of Neurogene, as well as assumptions made by, and information currently available to, management of Neurogene, including, but not limited to, statements regarding: the therapeutic potential and utility, efficacy and clinical benefits of NGN-401; the safety and tolerability profile of NGN-401; the applicability of reported results from the NGN-401 Phase 1/2 clinical trial to participants in the Embolden registrational trial; the potential for NGN-401 to be a best-in-class gene therapy for Rett syndrome; trial designs and clinical development plans for the Company’s Embolden registrational clinical trial of NGN-401 for Rett syndrome; the response rate, expected durability and deepening of clinical data results from our NGN-401 clinical trial; expected timing and availability for release of topline data from our Embolden clinical trial of NGN-401 for Rett syndrome; the potential for success of the Embolden trial; the clinical benefit of delivering NGN-401 via intracerebroventricular administration; and expected future interactions with or positions of the FDA, including the timing and outcome of any such interactions and anticipated benefits of any regulatory designation for NGN-401, including the FDA’s Breakthrough Therapy designation, Rare Pediatric Disease designation, RMAT designation and participation in the FDA’s START program. Forward-looking statements generally include statements that are predictive in nature and depend upon or refer to future events or conditions, and include words such as “may,” “will,” “should,” “would,” “expect,” “anticipate,” “plan,” “likely,” “believe,” “estimate,” “project,” “intend,” “on track,” and other similar expressions or the negative or plural of these words, or other similar expressions that are predictions or indicate future events or prospects, although not all forward-looking statements contain these words. Forward-looking statements are based on current beliefs and assumptions that are subject to risks, uncertainties and assumptions that are difficult to predict with regard to timing, extent, likelihood, and degree of occurrence, which could cause actual results to differ materially from anticipated results and many of which are outside of Neurogene’s control. Such risks, uncertainties and assumptions include, among other things, the risks and uncertainties identified under the heading "Risk Factors" included in Neurogene’s Quarterly Report on Form 10-Q for the quarter ended March 31, 2026, filed with the Securities and Exchange Commission (“SEC”) on May 12, 2026, and other filings that the Company has made and may make with the SEC in the future. Nothing in this communication should be regarded as a representation by any person that the forward-looking statements set forth herein will be achieved or that the contemplated results of any such forward-looking statements will be achieved. Forward-looking statements in this communication speak only as of the day they are made and are qualified in their entirety by reference to the cautionary statements herein. Except as required by applicable law, Neurogene undertakes no obligation to revise or update any forward-looking statement, or to make any other forward-looking statements, whether as a result of new information, future events or otherwise.

Media Contact:

Mike Devine

Executive Director, Corporate Communications

michael.devine@neurogene.com

Investor Contact:

Lina Li

Executive Director, Investor Relations

lina.li@neurogene.com
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No Approved Disease-Modifying Therapies for Rett Syndrome
NGN-401 Gene Therapy Targets Root Cause

The Unmet Need

Developmental regression begins at
6-18 months

Previously acquired milestones are
lost

Development plateaus at age ~3

Milestone acquisition is rare post-
regression

Patients require lifelong, 24/7 care

+ No approved therapies to address
underlying cause, current options
limited to symptom management

The Market

15,000-20,000

patients — US, EU & UK

1in 10,000
female births | ~175-180 new cases/yr (U.S.)
U.S. Real-World Data - ~6,000 Diagnosed

52% Pediatric

All living with profound unmet need

The Op nity

+ The Rett syndrome community is
increasingly seeking therapies that
can deliver meaningful and durable
functional improvements

« Patient population across all age
groups creates the potential for broad
adoption of transformative therapies

Rett syndrome is a lifelong
disease. The opportunity spans

every age group and remains
entirely unaddressed at the
genetic level

NGN-401 is designed to deliver functional MECP2 — targeting the root cause with the potential to restart typical developmental progression
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NGN-401 Phase 1/2 Trial Update: Clinically Meaningful, Durable
Improvement Across Key Rett Syndrome Domains, Deepens Over Time
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Restarted Development Real-World Impact

Milestones acquired in a developmentally ordered
stepwise sequence — suggesting a restart of
developmental trajectory 1 Increased independence

| Reduced caregiver burden

1 Gains across daily living

—_—
Safety: 1E15 vg dose generally well-tolerated | No Treatment-Related SAEs or DLTs in Embolden
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Long-term Phase 1/2 Data Demonstrate Broad, Consistent Multidomain Developmental

Gains that Support Registration Regardless of Age, Disease Severity or Genotype
*+ 100% of Phase 1/2 participants (N=10) gained =1 developmental milestone and improved on CGI-l at =12 months

* Rapid onset of clinical response, with median first improvement observed at 2 months post-treatment, followed by early

emergence of developmental milestones

Durable, deepening treatment effect — developmental milestones continued to accumulate over time
— Developmental milestone gains increased by 95% from 6 to 12 months and 147% from 6 to >12 months
— Durable treatment effect, with no plateau and no loss of milestones in any participant through 30 months of follow-up

Broad, multidomain functional impact demonstrated consistently across core disease domains, regardless of age, disease
severity or genotype

— 7 of 10 participants gained >2 developmental milestones

— 7 of 10 participants gained milestones in >2 core Rett syndrome domains

— Durable, multidomain gains drive increased independence in activities of daily living, reduced caregiver burden and enhanced social
engagement

Robust, clinically meaningful responses at 6 months, 12 months and beyond support clear path to potential BLA
— Average milestones per participant showed robust response: 1.9 at 6 months, 3.7 at 12 months, deepening to 4.7 at >12 months
— Embolden overenrolled by 25% (N=25), across broad age range, strengthening statistical power and potential for broader label
— Phase 1/2 data exceeds Embolden’s minimum success threshold by 2.4x
*  No new treatment-related SAEs and no DLTs observed in any participants, with all participants =12 months of follow-up
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NGN-401 Clinical Study Design for Treatment of Rett Syndrome

Phase 1/2 converted into a single registrational study

Study Design
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28 Clearly Defined Developmental Milestones:

Derived from Natural History Study & Key Component of Primary Endpoint

ine Motor/

Hand Function

+ Reached for toy

+ Taken a drink from a cup held
without assistance

+ Used raking grasp to retrieve an
object

+ Used a pincer grasp (either
refined or modified)

+ Finger fed

+ Transferred an object from one
hand to the other

+ Used a spoon/fork to eat without
assistance

ss Motor/Ambul

+ Sat with support when placed

+ Sat without support when placed
+ Come to sitting

+ Pulled to standing

+ Stood while holding on

+ Stood independently

+ Cruised around furniture or holding on
to someone (i.e., walk with support)

+ Walked independently

+ Climbed up stairs with help

+ Climbed up stairs without help

+ Climbed down stairs with help

+ Climbed down stairs without help
+ Ran 10 feet without falling

Communication

+ Responded to familiar
names/words

+ Followed a command with
a gesture

+ Followed a command without
a gesture

+ Pointed for something they want
+ Waved bye -bye

+ Babbled

+ Used words with meaning

+ Spoken in phrases (2 words or
more with meaning)
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Rigorous Embolden Milestone Criteria Evaluation Applied to Phase 1/2 Data

Utilizing the same standardized assessment criteria enables the Phase 1/2
developmental milestone data to be comparable to the Embolden definition
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Evaluating the Impact of NGN-401 Across Full Spectrum of Disease
Severity and Ages
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Rett Syndrome: Rare, Debilitating,
Progressive, Neurodevelopmental Disorder

Cause: Variants in the MECP2 gene on the X chromosome
lead to deficiency of functional MeCP2 protein

+ MeCP2 is a DNA-binding protein essential for normal brain and nervous
system function

Onset: Developmental delay occurs at 6-18 months,
followed by loss of previously acquired milestones

during regression and subsequent developmental plateau
at ~3 years

Hallmark features:
+ Loss of expressive and receptive communication
* Loss of purposeful hand function with repetitive movements

* Gait abnormalities and mobility challenges

* Seizures, breathing irregularities, severe constipation
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Living with Rett Syndrome
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Thank you to all participants and their families and caregivers!
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Chief Medical Officer
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RSGMS Phase 1/2 Data Showed Meaningful Gains in Gross Motor

Function
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RSHFS Phase 1/2 Data Showed Meaningful Gains in Hand Function
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Advancing NGN-401 Towards Commercialization
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Rachel McMinn, Ph.D.
Founder and Chief Executive Officer, Neurogene
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Thank you to all participants, caregivers, families, investigators,
clinical site coordinators, study coordinators, site staff and
the Rett syndrome community for your trust, partnership and
ongoing support of the development of NGN-401!
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