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Next-Generation Therapies Reshape
Gaucher’s Disease as Gene Therapy Advances
Challenge Enzyme Replacement Dominance

Gene therapies challenge ERT dominance
in Gaucher’s disease as new data reveals
strategic insights, key players, and future
treatment opportunities.
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AUSTIN, TX, UNITED STATES, June 3,
2025 /EINPresswire.com/ -- The
Gaucher's disease (GD) treatment
landscape is undergoing a seismic
shift, as outlined in DataM
Intelligence’s latest strategic insight
report. Traditionally dominated by
enzyme replacement therapies (ERTS),
the market is witnessing a new wave of therapeutic innovation led by gene therapy, substrate
reduction therapies (SRTs), and next-generation delivery platforms. This transformation opens
fresh opportunities in treating both neuronopathic and non-neuronopathic subtypes of this rare
lysosomal storage disorder.
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alone—gene therapy is not
just a hope but a
competitive necessity in the
next evolution of rare
disease treatment.”
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Gaucher’s Disease: Overview and Burden

Gaucher’s disease is a rare, inherited autosomal recessive
condition caused by mutations in the GBA1 gene, leading
to deficient glucocerebrosidase (GCase) enzyme activity.
This enzyme deficiency results in the accumulation of
glucocerebroside in cells and organs, leading to symptoms

including hepatosplenomegaly, anemia, bone crises, and in some forms, neurological decline.
With a global incidence of 1 in 40,000 to 100,000 live births, GD remains the most prevalent
lysosomal storage disorder worldwide.
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Current Standard of Care and Market Players

The current therapeutic landscape is anchored by FDA-approved treatments across two main
modalities: ERTs and SRTs. Sanofi leads the market with Cerezyme (imiglucerase), an established
ERT, and Cerdelga (eliglustat), the only first-line oral SRT. Other ERT options include Takeda’s
VPRIV (velaglucerase alfa) and Pfizer’s Elelyso (taliglucerase alfa), each targeting non-
neuronopathic Type 1 GD.

Johnson & Johnson's Zavesca (miglustat), once an early oral alternative, is now a backup option
due to tolerability concerns and CNS-related side effects. While these therapies control systemic
symptoms, they fall short in addressing neurological manifestations, which remain the highest
unmet need in neuronopathic Gaucher’s disease (Types 2 and 3).

Pipeline Analysis and Emerging Therapies

The pipeline for Gaucher’s disease is rich with innovation, particularly in the realm of gene
therapy. Companies such as Spur Therapeutics (FLT201) and Eli Lilly/Prevail (PRO01) are
developing adeno-associated virus (AAV)-based gene therapies that offer potential one-time
treatments with CNS penetration—a critical advantage for neuronopathic forms.

FLT201 stands out with AAV delivery, CNS reach, and potential curative impact, while PR001 is
tied to Parkinson's-related GBA mutations and uses an AAV9 vector. Despite promising early
data, these approaches face challenges including long-term safety, scalability, pricing, and
regulatory hurdles.

Competitive Landscape and Market Positioning

The competitive benchmarking matrix within the report evaluates leading drugs across five
strategic parameters: mechanism of action, clinical stage, delivery mode, target population, and
differentiation levers. While legacy ERTs remain dominant due to proven efficacy and global
reimbursement, they are hampered by infusion burden, high costs, and lack of CNS
penetration.

Oral SRTs like Cerdelga offer convenience but are genotype-dependent and limited in severe
cases. In contrast, gene therapies offer an ambitious yet realistic opportunity to disrupt the
market, especially if they can show durable CNS benefit, lower treatment frequency, and long-
term cost-effectiveness.

Target Opportunity Profile (TOP): Defining the Future Winners

The report presents a Target Opportunity Profile (TOP) that outlines what emerging GD therapies
must deliver to surpass current standards. To outperform existing ERTs and SRTs, new
candidates must demonstrate:

- Superior or equal safety with minimal immunogenicity
- Broader efficacy, especially for neuronopathic GD
- Oral or one-time delivery options



- Long-lasting effects (5 years or more for gene therapies)
- CNS penetration capability
- Cost-effectiveness and global accessibility

The ideal therapy will not only offer hematologic and visceral symptom control but also address
neurological decline and pediatric treatment gaps—areas underserved by current options.

Market Segmentation and Strategic Outlook

The report segments the market into three key modalities: ERT, SRT, and gene therapy. While ERT
remains the commercial backbone due to institutional familiarity and established
reimbursement, gene therapy is poised to capture future share, especially for high-burden and
neuronopathic patients. Emerging markets like China, where CANbridge Pharma is pursuing
regional ERT approval, are also gaining strategic attention.

Key Players to Watch

- Sanofi: Market leader in both ERT and SRT spaces with Cerezyme and Cerdelga
- Takeda: Strong ERT contender with VPRIV

- Pfizer: Offers cost-effective ERT (Elelyso), mainly in LATAM and Israel

- Spur Therapeutics and Eli Lilly: Driving innovation in gene therapy

- CANbridge Pharma: Expanding access in Asia-Pacific markets

Conclusion

Gaucher’s disease is on the cusp of a therapeutic revolution. As gene and mRNA therapies
emerge, stakeholders—whether investors, regulators, or clinicians—must rethink traditional
paradigms. For new entrants to succeed, they must go beyond matching current therapies: they
must address long-standing unmet needs, especially neurological involvement and treatment
burden.
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