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Rett Syndrome Market Expands with Novel
Therapies and Global Research Surge | DataM
Intelligence

According to DataM Intelligence, the Rett
syndrome market is growing due to
clinical trials, research grants, and gene

therapy developments in 2025. II“I I "“' ‘ )
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2025 /EINPresswire.com/ -- The global Top Playes WISt GO By TrexmancType
Rett syndrome market size reached ) ACADIA A anavex ‘
US$ 409.88 Million in 2024 from US$

374.98 Million in 2023 and is expected X T YShCI Q
to reach US$ 972.11 Million by 2033,
growing at a CAGR of 10.1% during the
forecast period 2025-2033. The global
Rett syndrome treatment market is witnessing notable progress in 2025, as clinical research,
gene therapies, and international funding efforts come together to address the unmet needs of
patients. According to DataM Intelligence, the Rett syndrome market is poised to grow steadily
over the coming years, driven by rising disease awareness, favorable regulatory support, and
significant investments in R&D.
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Download exclusive insights with our detailed sample report (Corporate Email ID gets priority
access): https://www.datamintelligence.com/download-sample/rett-syndrome-market

Understanding Rett Syndrome and Market Landscape

Rett syndrome is a rare genetic neurological disorder, primarily affecting girls, characterized by
slowed growth, loss of motor skills, and intellectual disability. The condition has no cure, but
evolving therapeutic interventions are showing promise.

Biopharma and Federal Research Funding

* In May 2025, Acadia Pharmaceuticals expanded its research initiative with an additional $50
million investment to explore next-generation versions of trofinetide, its FDA-approved
treatment for Rett syndrome.
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* The National Institute of Neurological Disorders and Stroke (NINDS) allocated $12 million in
grants to support novel therapeutic trials targeting MECP2 mutations, the root cause of Rett
syndrome.

Clinical Trial Momentum

New York-based NeuroGene Inc. announced the progression of its NGN-401 gene therapy to
Phase 2 trials in June 2025, with early results showing improved motor function in pediatric
participants.

Japan'’s Strategic Focus on Rare Neurological Disorders

Japan’'s commitment to rare disease treatment has intensified in 2025, especially within the
pediatric neurology space. Japanese pharma and research institutions are collaborating
internationally to develop Rett syndrome treatments.

Notable Developments
* In April 2025, Takeda Pharmaceutical Company entered a partnership with U.S.-based Taysha
Gene Therapies to co-develop a MECP2-targeted gene therapy for Rett syndrome.

* The Japan Agency for Medical Research and Development (AMED) committed ¥1.8 billion
toward neurological research, earmarking a portion for rare pediatric disorders like Rett
syndrome.

Market Growth Drivers

Increase in Rare Disease Funding

Governments and non-profits across the globe are expanding orphan drug development
funding, especially in the U.S., Europe, and Asia. Patient advocacy groups are also playing a
critical role in shaping the regulatory environment.

Innovation in Gene Therapies

Cutting-edge gene-editing technologies such as CRISPR and AAV-based gene delivery systems are
being tailored to address MECP2 mutations. These advancements are anticipated to shift Rett
treatment from symptomatic relief to potential disease modification.

Rising Awareness and Early Diagnosis

With pediatric screening programs expanding in countries like Japan and South Korea, Rett
syndrome is being diagnosed earlier, enabling timely interventions and better patient
management.

Looking for in-depth insights? Grab the full report: https://www.datamintelligence.com/buy-now-
page?report=rett-syndrome-market
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Competitive Landscape

The Rett syndrome market remains niche but is becoming increasingly attractive to both biotech
startups and established players. Key market participants include:

* Acadia Pharmaceuticals - with its leading trofinetide product.
* NeuroGene Inc. - focused on gene therapies.

* Taysha Gene Therapies

* Anavex Life Sciences - developing sigma-1 receptor activators.

Several of these companies are actively engaging in clinical collaborations and receiving orphan
drug designations from the U.S. FDA and Japan’'s PMDA.

Market Challenges

Limited Patient Population
The rarity of Rett syndrome, with an estimated 1 in 10,000 to 15,000 female births affected, limits
the immediate commercial scale.

Regulatory Complexities

Given the vulnerability of pediatric patients and the nature of neurological disorders, clinical trial
designs must adhere to rigorous ethical and safety standards, which can slow down
development timelines.

Future Outlook

The global Rett syndrome market is transitioning from an era of minimal treatment options to
one filled with scientific hope. As highlighted by DataM Intelligence, the increasing focus on
targeted therapies, international partnerships, and progressive regulatory pathways will likely
expand the treatment ecosystem for Rett syndrome patients over the next decade.

With both the U.S. and Japan investing in collaborative R&D, 2025 marks a turning point in
tackling one of the most challenging pediatric neurological disorders.

Unlock 360° Market Intelligence with DataM Subscription Services:
https://www.datamintelligence.com/reports-subscription

0 Technology Roadmap Analysis

0 Sustainability Impact Analysis

0 KOL / Stakeholder Insights

0 Pipeline Analysis For Drugs Discovery

0 Positioning, Pricing & Market Access Snapshots
0 Market Volatility & Emerging Risks Analysis

0 Competitive Landscape


https://www.datamintelligence.com/reports-subscription

Have a look at our Subscription Dashboard: https://www.youtube.com/watch?v=x50EigEqTWg

Related Reports

CLOVES syndrome market Size 2025-2033

Short Bowel Syndrome Market is expected to reach US$ 7.93 Billion by 2033

Sai Kumar

DataM Intelligence 4market Research LLP
+1 877-441-4866
sai.k@datamintelligence.com

Visit us on social media:

LinkedIn

X

This press release can be viewed online at: https://www.einpresswire.com/article/833909472

EIN Presswire's priority is source transparency. We do not allow opaque clients, and our editors
try to be careful about weeding out false and misleading content. As a user, if you see something
we have missed, please do bring it to our attention. Your help is welcome. EIN Presswire,
Everyone's Internet News Presswire™, tries to define some of the boundaries that are reasonable
in today's world. Please see our Editorial Guidelines for more information.

© 1995-2025 Newsmatics Inc. All Right Reserved.


https://www.youtube.com/watch?v=x5oEiqEqTWg
https://www.datamintelligence.com/research-report/cloves-syndrome-market
https://www.datamintelligence.com/research-report/short-bowel-syndrome-market
https://www.linkedin.com/company/datam-intelligence/mycompany
https://twitter.com/DataM_Research
https://www.einpresswire.com/article/833909472
https://www.einpresswire.com/editorial-guidelines

