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The article analyzes competition in DMD
gene therapies, spotlighting FDA
approvals, high costs, & strategic
positioning of treatments like Givinostat
& Elevidys
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AUSTIN, TX, UNITED STATES, June 24,
2025 /EINPresswire.com/ -- 1. Disease
Overview & Molecular Pathogenesis
Duchenne Muscular Dystrophy (DMD)
is an X-linked recessive neuromuscular
disorder resulting from mutations in
the dystrophin gene, which encodes a
structural protein critical for muscle fiber stability. Mutations lead to absent or non-functional
dystrophin, causing muscle cell fragility, progressive myofiber degeneration, and eventual
replacement with fibrofatty tissue. Clinical onset typically occurs by age five, with progressive
weakness, loss of ambulation in early adolescence, and death in the late teens to early 20s due
to respiratory or cardiac failure.
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The race to dominate
Duchenne therapy is fierce.
Givinostat's oral HDAC edge
meets Elevidys'
microldystrophin promise-
but skyOhigh prices and
safety signals may shape
future winners.”
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2. Epidemiology & Market Forecasts

DMD affects approximately 1 in 3,500 to 5,000 live male
births globally. The therapeutics market, valued at around
USD 2.1-2.3 billion in 2023-2024, is projected to grow
rapidly, potentially reaching USD 7.4-9.9 billion by
2030-2034. Growth is driven by the expansion of exon-
skipping therapies, the entry of gene therapy platforms,
increasing diagnosis through newborn screening, and the
development of oral and mutation-agnostic treatment
modalities. Compound annual growth rates (CAGR) are

expected to range between 14% and 40%, depending on regulatory approvals and therapeutic
uptake.
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3. Current Treatment Paradigms

Exon-Skipping Therapies

Antisense oligonucleotides (ASOs) are designed to skip specific exons during pre-mRNA splicing
to restore the dystrophin reading frame. Approved agents include:

- Eteplirsen for exon 51

- Golodirsen and Viltolarsen for exon 53

- Casimersen for exon 45

These therapies target mutation-specific subpopulations and require weekly IV infusions.
Functional benefit is often modest, and long-term outcomes remain under evaluation.

Steroidal and Non-Steroidal Orals

- Vamorolone, a dissociative corticosteroid, offers anti-inflammatory activity with a reduced side
effect profile. It is approved for children aged 6 and older, regardless of mutation type.

- Givinostat, a histone deacetylase inhibitor (HDACI), represents the first approved non-steroidal
agent with disease-modifying properties, showing promise in reducing muscle fibrosis and
preserving function.

Gene Therapy

- Elevidys (delandistrogene moxeparvovec) is the first FDA-approved AAV-based gene therapy for
DMD. It delivers a truncated micro-dystrophin gene via a single IV dose, aiming for durable
expression. Initially approved for ambulatory children aged 4-5, Elevidys is now expanding to
non-ambulatory populations. However, concerns over liver toxicity, patient deaths in trials, and
uncertain durability present critical hurdles.

4. Emerging Pipeline Modalities

- Next-Gen AAV Gene Therapies: Several candidates, including RGX-202, SGT-003, and GNT0004,
are being developed to enhance transduction efficiency, expand age eligibility, and reduce
immunogenicity.

- CRISPR/Cas Gene Editing: Preclinical programs aim for single-dose, mutation-independent
correction of the dystrophin gene, with potential for a curative approach.

- Cell-Based Therapies: Agents like CAP-1002, derived from cardiosphere-derived cells, are being
evaluated for their anti-inflammatory and regenerative effects.

- Adjunctive Agents: Anti-fibrotic and muscle-stabilizing molecules are being developed to
complement dystrophin-restoring treatments, particularly in non-ambulatory stages.

5. Market Access & Commercialization Challenges

- Cost Barriers: AAV gene therapies are priced in the multi-million-dollar range. For example,
Elevidys costs approximately USD 3.2 million per patient, requiring innovative value-based
pricing models.

- Regulatory Heterogeneity: While accelerated approvals enable early access, global variation in
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reimbursement policies complicates commercialization, especially in Europe and Asia-Pacific.
- Patient Access Gaps: Most therapies target ambulatory children under 5 years old, leaving
older or non-ambulatory patients underserved-a significant market expansion opportunity.

- Safety and Durability: AAV-based therapies face scrutiny over immune responses,
hepatotoxicity, and uncertain long-term benefit, necessitating rigorous post-marketing
surveillance and real-world data collection.

Book Free Cl Consultation Call: https://www.datamintelligence.com/strategic-
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6. Competitive Landscape: Key Companies and Strategies

Sarepta Therapeutics

- The current market leader, Sarepta offers the most extensive exon-skipping portfolio and the
first approved gene therapy (Elevidys). The company is strategically expanding its label to non-
ambulatory populations and building a robust global infrastructure for commercial distribution
and real-world data capture.

Pfizer

- Developing an AAV-based gene therapy (PF-06939926), Pfizer is conducting Phase Ill trials with
a broader patient population than Sarepta’s initial cohort. Pfizer leverages its large-scale
manufacturing and global commercial footprint to compete in delivery and scalability.

Regenxbio

- Its RGX-202 program features proprietary vector technology targeting skeletal muscle for
enhanced gene transduction. The program is advancing through Phase II/1ll studies with a focus
on increased dystrophin production and improved durability.

Solid Biosciences

- This company’s SGT-003 therapy uses a muscle-specific promoter to improve gene expression
specificity and safety. Its differentiated vector design and targeted delivery approach aim to
overcome limitations of first-generation AAV therapies.

NS Pharma (Nippon Shinyaku)

- NS Pharma has commercialized viltolarsen (exon 53 skipping) and is pushing for regulatory
approval in Europe. The company is focusing on deepening its foothold in exon-skipping with
region-specific partnerships and accelerated review designations.

Santhera Pharmaceuticals / Catalyst Pharmaceuticals

- Vamorolone, their non-steroidal anti-inflammatory steroid alternative, addresses all mutation
types and offers an improved side effect profile over corticosteroids, positioning it for
widespread uptake in early and maintenance stages of DMD.

[talfarmaco
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- Developer of givinostat, Italfarmaco is targeting muscle fibrosis reduction and functional
stabilization. Its HDAC inhibition mechanism offers a unique value proposition as an adjunct to
exon-skipping or gene therapy.

Emerging Genome Editing Startups

- Multiple biotech firms are pursuing CRISPR-based and epigenetic editing strategies to develop
curative therapies. These programs, still in preclinical stages, aim to correct the underlying
mutation at the genomic level, with potential long-term disease reversal.
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7. Strategic Imperatives for Pharma Stakeholders

Pipeline Optimization

- Pharma firms must prioritize mutation-independent platforms (e.g., gene editing, full-length
dystrophin delivery) and invest in strategies that extend eligibility to older, non-ambulatory
patients. Developing combination regimens that include anti-fibrotic agents or oral steroids
could further differentiate portfolios.

Clinical Trial Innovation

- Designing biomarker-rich trials that quantify dystrophin levels, muscle strength, and MRI-
detected tissue changes will be essential. Adaptive trials and global multi-site platforms can
expedite enrollment and regulatory alignment.

Market Access Readiness

- Early engagement with payers to shape outcomes-based pricing, annuity payment models, and
evidence-based value frameworks will be critical for therapies with high upfront costs.
Demonstrating reductions in lifetime disease burden, hospitalizations, and caregiver strain will
strengthen economic positioning.

Safety and Immunogenicity Management

- Companies must invest in pre-treatment screening protocols, liver monitoring guidelines, and
immunosuppressive strategies to mitigate the risks associated with viral vector delivery.
Transparent communication with regulators and stakeholders regarding adverse events will
build long-term trust.

Integrated Care Strategy

- Support services including home infusion options, digital adherence platforms, and tele-
neurology networks will be essential for long-term treatment success and patient engagement.
Partnerships with neuromuscular centers can serve as launchpads for patient identification and
retention.
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Diagnostics and Early Intervention

- Expansion of newborn screening and carrier detection programs will increase early diagnosis
and support early therapeutic intervention-vital for maximizing the efficacy of gene therapies
and exon-skipping agents.

Global Expansion Strategy

- Building tiered pricing frameworks, regional licensing partnerships, and local manufacturing
strategies will be crucial for entering emerging markets. Pharma players must prepare to
balance innovation with affordability to secure broad international adoption.
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