. +44 20 8123 2220
Market Publishers info@marketpublishers.com

Fabry Disease Treatment Market — Global Industry
Size, Share, Trends, Opportunity, and Forecast,
2018-2028 Segmented by Drugs (Agalsidase Beta,
Migalastat, others), By Treatment (Enzyme
Replacement Therapy (ERT), Chaperone Treatment,
Substrate Reduction Therapy (SRT), others), By Route
of Administration (Oral, Parenteral, others), By
Distribution Channel (Hospital pharmacies, Retail
pharmacies, Online Pharmacies), by region, and
Competition

https:/marketpublishers.com/r/F2E9C580E1A7EN.html

Date: October 2023

Pages: 190

Price: US$ 4,900.00 (Single User License)
ID: F2ZE9C580E1A7EN

Global Fabry Disease Treatment Market has valued at USD 1862.50 million in 2022 and
is anticipated to witness an impressive growth in the forecast period with a CAGR of
6.30% through 2028. Fabry disease, also known as Anderson-Fabry disease, is a rare
and inherited genetic disorder that belongs to a group of conditions known as lysosomal
storage disorders. This disease is caused by mutations in the GLA gene, which
encodes an enzyme called alpha-galactosidase A (alpha-Gal A). The deficiency of this
enzyme results in the accumulation of a specific type of fatty substance, known as
globotriaosylceramide (Gb3 or GL-3), within cells throughout the body. This buildup of
Gb3 primarily affects the cells of blood vessels, kidneys, heart, and nervous system,
leading to a wide range of symptoms and complications. Symptoms of Fabry disease
often appear in childhood or adolescence, although the age of symptom onset and their
severity can vary widely among affected individuals. One of the hallmark symptoms of
Fabry disease is neuropathic pain, which can be severe and chronic. This pain typically
affects the extremities, such as the hands and feet, and is often described as burning or
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tingling.

Growing awareness among healthcare professionals, patients, and caregivers about
Fabry disease has led to improved diagnosis rates. Increased awareness is a significant
driver for the market, as early diagnosis is critical for initiating treatment. Advances in
diagnostic tools and genetic testing have made it easier to identify Fabry disease, even
in its early stages. Improved diagnostic capabilities have led to more cases being
diagnosed and treated. Global healthcare expenditure has been increasing, allowing for
greater investment in rare disease treatments like Fabry disease. Increased healthcare
budgets have supported research and development efforts and improved patient access
to treatments. Pharmaceutical companies have been investing in research and
development to develop novel therapies for Fabry disease. This includes gene therapy,
chaperone therapy, and other innovative treatment options, expanding the market.
Advances in biotechnology and drug delivery methods have improved the safety and
efficacy of Fabry disease treatments, making them more attractive to patients and
healthcare providers.

Key Market Drivers
Advancements in Diagnosis

Genetic testing has become a cornerstone in the diagnosis of Fabry disease. Advances
in genetic sequencing technology have made it more accessible and cost-effective to
identify specific mutations in the GLA gene, which is responsible for the disease.
Genetic testing can confirm the presence of Fabry disease and provide information
about the specific genetic mutations involved. In some regions, newborn screening
programs have been implemented to identify Fabry disease in infants shortly after birth.
This early detection allows for prompt intervention and treatment, potentially preventing
or delaying the onset of symptoms and organ damage. Researchers have been
investigating biomarkers associated with Fabry disease. Biomarkers are measurable
substances in the body that can indicate the presence of a disease or its progression.
Biomarker research can aid in early diagnosis and monitoring the effectiveness of
treatment. Clinical diagnostic criteria for Fabry disease have been refined and
standardized. Healthcare professionals now have clearer guidelines and criteria to
assist in diagnosing disease based on clinical symptoms and genetic testing results.

Advanced imaging techniques, such as magnetic resonance imaging (MRI) and
echocardiography, can help visualize organ damage caused by Fabry disease. These
non-invasive methods allow for the assessment of heart, kidney, and other organ
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involvement. Enzyme activity assays, which measure the activity of alpha-galactosidase
A, the deficient enzyme in Fabry disease, have become more precise and widely
available. These assays can confirm the enzyme deficiency in individuals suspected of
having the disease. Telemedicine and telehealth technologies have expanded access to
Fabry disease specialists, allowing patients to receive consultations and diagnostic
evaluations remotely. This is especially important for individuals in underserved or
remote areas. Collaboration among healthcare professionals, researchers, and patient
advocacy groups on a global scale has facilitated the sharing of diagnostic knowledge
and best practices, leading to more accurate and consistent diagnosis. Healthcare
providers are increasingly educated about Fabry disease, leading to better recognition
and diagnosis of the condition. Continuing medical education programs and resources
have contributed to this improvement. Fabry disease patients and their families have
become more informed and proactive in seeking a diagnosis. Online resources and
patient advocacy groups have empowered individuals to advocate for their healthcare
needs. This factor will help in the development of the Global Fabry Disease Treatment
Market.

Rising Pharmaceutical Innovation

Pharmaceutical companies invest in research and development to create novel and
more effective treatments for Fabry disease. These innovations can lead to therapies
that are better at managing the disease, reducing symptoms, and improving the quality
of life for patients. Pharmaceutical innovation leads to a broader range of treatment
options for Fabry disease. This diversification of therapies allows healthcare providers
and patients to choose the most appropriate treatment based on individual needs,
preferences, and disease characteristics. Advancements in pharmaceutical research
enable the development of targeted therapies. These treatments are designed to
address the specific molecular and genetic mechanisms underlying Fabry disease.
Targeted therapies can be more effective and have fewer side effects than traditional
treatments. Pharmaceutical innovation supports the concept of personalized medicine,
where treatments are tailored to an individual's genetic profile and disease
characteristics. This approach can lead to more precise and effective treatments,
optimizing patient outcomes. Innovations in drug delivery technology can enhance the
convenience and effectiveness of Fabry disease treatments. For example,
advancements in enzyme replacement therapy (ERT) delivery methods can make it
easier for patients to receive treatment. Pharmaceutical research can lead to the
development of therapies that require less frequent administration. This can improve
patient adherence to treatment regimens and reduce the burden of frequent hospital
visits.
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Many pharmaceutical companies pursue orphan drug designations for Fabry disease
treatments. These designations provide incentives and regulatory support for the
development of treatments for rare diseases, increasing investment in this area.
Pharmaceutical companies conduct clinical trials to test the safety and efficacy of new
Fabry disease treatments. These trials provide valuable data on the benefits and risks
of innovative therapies and help bring them to market. Competition among
pharmaceutical companies can drive innovation by encouraging the development of
new and improved Fabry disease treatments. This competition can lead to better
treatment options and potentially lower costs for patients. As pharmaceutical companies
expand their presence in global markets, access to Fabry disease treatments improves
for patients in different regions, increasing demand for these therapies. Patient
advocacy groups and organizations often collaborate with pharmaceutical companies in
research and development efforts. This collaboration can accelerate the development
and availability of innovative treatments. This factor will pace up the demand of the
Global Fabry Disease Treatment Market.

Increasing Disease Awareness

Disease awareness campaigns educate healthcare providers and the public about
Fabry disease, its symptoms, and risk factors. This knowledge can lead to earlier
diagnosis, enabling patients to access treatment before the disease progresses to more
severe stages. Improved awareness can help reduce delays in diagnosis. Fabry
disease is often underdiagnosed or misdiagnosed because its symptoms can mimic
other conditions. Increased awareness among healthcare professionals can lead to
more accurate and timely diagnoses. When people become more aware of Fabry
disease, they may seek medical advice and testing if they exhibit symptoms or have a
family history of the disease. This can result in more individuals being tested for Fabry
disease, potentially leading to earlier identification and treatment. Awareness
campaigns are often driven by patient advocacy groups and organizations. These
groups work to raise awareness about Fabry disease, support affected individuals, and
advocate for better access to treatment and resources. Disease awareness initiatives
often include educational programs for healthcare providers. These programs help
physicians recognize the signs and symptoms of Fabry disease and consider it as a
potential diagnosis when evaluating patients.

Disease awareness efforts provide patients and their families with accurate information
about Fabry disease, available treatments, and support services. Informed patients are
more likely to seek appropriate care and treatment options. Raising awareness can
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reduce the stigma associated with rare diseases like Fabry disease. This can
encourage individuals to discuss their symptoms openly with healthcare providers and
seek help without fear of judgment. Increased awareness can lead to greater interest
from pharmaceutical companies and researchers in developing new and improved
Fabry disease treatments. As the demand for treatments grows, so does the incentive
for innovation in the field. Public awareness campaigns can garner support from
policymakers and government agencies. This support can lead to increased funding for
research, improved healthcare policies, and better access to treatment. Disease
awareness is not limited by geographical boundaries. Global collaboration among
healthcare organizations, advocacy groups, and researchers can further drive
awareness and foster international efforts to combat Fabry disease. This factor will
accelerate the demand of the Global Fabry Disease Treatment Market.

Key Market Challenges
Limited Patient Population

The small patient population with Fabry disease results in a limited market size for
pharmaceutical companies. This can make it less economically attractive for these
companies to invest in research and development of treatments for disease. Developing
and gaining regulatory approval for new treatments, including clinical trials and
research, is costly. In the case of rare diseases like Fabry disease, the small number of
potential patients can make it challenging to recoup these expenses. Due to the small
market size, the revenue potential for treatments for Fabry disease may be limited
compared to drugs for more common conditions. This can affect the profitability of drug
development efforts. Limited patient populations can result in challenges related to
patient access to treatments and affordability. Even if effective treatments exist, they
may not be accessible to all patients due to cost or availability. The rarity of Fabry
disease can lead to delayed diagnosis or misdiagnosis, as healthcare providers may not
be familiar with the condition. This can result in patients not receiving appropriate
treatment until the disease has progressed. Limited patient populations can also result
in a scarcity of clinical data on the disease and its treatment. This can make it
challenging for healthcare providers to make informed treatment decisions. Recognizing
the challenges posed by rare diseases, some regulatory agencies provide incentives for
orphan drug development. These incentives can include extended market exclusivity
and reduced regulatory fees.

Supply Chain Vulnerabilities

Fabry Disease Treatment Market — Global Industry Size, Share, Trends, Opportunity, and Forecast, 2018-2028 Seg...


https://marketpublishers.com/report/life_sciences/healthcare/fabry-disease-treatment-market-v-global-industry-size-share-trends-opportunity-n-forecast-2018-2028-segmented-by-drugs-agalsidase-beta-migalastat.html

. +44 20 8123 2220
Market Publishers info@marketpublishers.com

The primary treatment for Fabry disease involves enzyme replacement therapy, which
can be costly. ERT drugs are typically administered intravenously every two weeks, and
the cost of these treatments can accumulate significantly over time. Fabry disease is a
chronic condition that requires lifelong treatment. The long-term nature of treatment can
result in a substantial financial burden on patients and healthcare systems. Access to
ERT and other Fabry disease treatments may be limited in some regions. Even when
treatments are available, not all patients may have adequate insurance coverage to
offset the costs, leading to disparities in access to care. Patients with Fabry disease
often require ongoing medical care, including monitoring for complications in various
organs (e.g., heart, kidneys) and managing associated symptoms. These additional
healthcare expenses can further contribute to the overall cost of treatment. From a
pharmaceutical industry perspective, developing and bringing Fabry disease treatments
to market can be expensive due to the need for extensive research, clinical trials, and
regulatory approvals. These costs can influence the pricing of therapies. Fabry disease
is a rare condition, and the limited patient population can result in higher treatment costs
per patient. Pharmaceutical companies may need to recover development costs from a
smaller pool of patients, which can lead to higher drug prices. Many Fabry disease
treatments receive orphan drug designation, which provides certain incentives to
pharmaceutical companies but can also result in higher drug prices.

Key Market Trends
Biomarker Development

Biomarkers can aid in the early diagnosis of Fabry disease, allowing for timely
intervention and treatment initiation. Early diagnosis is essential for preventing or
delaying the onset of symptoms and organ damage. Biomarkers can be used to monitor
disease progression and assess the effectiveness of treatment over time. This enables
healthcare providers to tailor treatment plans to individual patients' needs. Certain
biomarkers may be associated with the severity of Fabry disease. Identifying these
biomarkers can help predict disease outcomes and guide treatment decisions.
Biomarkers can help determine how well a patient is responding to treatment. If
treatment is effective, biomarkers may show improvements in disease-related
indicators. Biomarkers can serve as valuable endpoints in clinical trials of new Fabry
disease treatments. They provide objective measures of treatment efficacy and safety.
The development of biomarkers supports the concept of personalized medicine, where
treatments are tailored to individual patients based on their biomarker profiles. This
approach can optimize treatment outcomes. Biomarkers provide insights into the
underlying molecular and genetic mechanisms of Fabry disease. This knowledge can
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inform drug development efforts, leading to more targeted and effective therapies.
Biomarkers can be used to stratify Fabry disease patients into different subgroups
based on disease characteristics. This stratification can guide treatment decisions and
improve patient outcomes. Biomarkers can help reduce diagnostic delays by providing
objective evidence of Fabry disease. This is particularly important because Fabry
disease is often underdiagnosed or misdiagnosed.

Segmental Insights
Drugs Insights

In 2022, the Global Fabry Disease Treatment Market largest share was held by
Agalsidase Beta segment and is predicted to continue expanding over the coming
years. Agalsidase Beta has been available for Fabry disease treatment for an extended
period. Its long history in the market has contributed to its recognition and use among
healthcare providers. Clinical studies have demonstrated the efficacy of Agalsidase
Beta in reducing symptoms and slowing the progression of Fabry disease. It works by
replacing the deficient enzyme alpha-galactosidase A in patients with the condition.
Many Fabry disease patients have received treatment with Agalsidase Beta and have
reported positive outcomes, such as a reduction in pain, improved kidney function, and
enhanced overall quality of life. Healthcare professionals, including specialists in Fabry
disease, are familiar with Agalsidase Beta and its administration. Their experience with
this therapy contributes to its continued use.

Treatment Insights

In 2022, the Global Fabry Disease Treatment Market largest share was held by Enzyme
Replacement Therapy (ERT) segment and is predicted to continue expanding over the
coming years. Enzyme Replacement Therapy (ERT) was one of the earliest and most
established treatment options for Fabry disease. It has been used for many years to
manage the symptoms and complications of the disease. ERT has demonstrated
efficacy in stabilizing and improving the health of individuals with Fabry disease by
replacing the deficient enzyme (alpha-galactosidase A). Clinical studies have shown
that ERT can reduce pain, improve kidney function, and slow the progression of organ
damage. Many Fabry disease patients have had positive experiences with ERT in terms
of symptom relief and improved quality of life. This has contributed to its continued use
and market dominance. Healthcare providers, particularly specialists in Fabry disease,
have extensive experience with ERT. They are familiar with its administration and
monitoring, making it a preferred choice for treatment.
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Route of Administration Insights

In 2022, the Global Fabry Disease Treatment Market largest share was held by Oral
segment and is predicted to continue expanding over the coming years. Oral
medications are generally more convenient for patients compared to other routes of
administration, such as intravenous (IV) infusions. Fabry disease patients may prefer
oral treatments, as they can take these medications at home without the need for
frequent hospital visits. Oral medications can enhance patient adherence to treatment
regimens. Patients are more likely to consistently take oral medications as prescribed,
which is crucial for managing a chronic condition like Fabry disease effectively.
Advancements in drug development have led to the creation of oral medications that are
effective in managing Fabry disease. These medications can stabilize and improve
patients' health by addressing the underlying enzyme deficiency.

Distribution Channel Insights

In 2022, the Global Fabry Disease Treatment Market largest share was held by Hospital
Pharmacies segment in the forecast period and is predicted to continue expanding over
the coming years. Fabry disease is a rare genetic disorder that requires specialized
medications, such as enzyme replacement therapy (ERT), for treatment. These
medications are typically administered under the supervision of healthcare professionals
in hospital settings. Hospital pharmacies are well-equipped to handle the storage,
preparation, and administration of these specialized drugs. Patients with Fabry disease
often require close monitoring of their treatment and health status. Hospitals have the
resources and expertise to provide comprehensive patient care and monitor treatment
efficacy, including managing potential side effects or complications. Fabry disease
patients are typically under the care of specialized physicians, such as geneticists or
metabolic disease specialists, who work closely with hospital-based healthcare teams.
Hospital pharmacies are integrated into the healthcare system, facilitating collaboration
among healthcare professionals to ensure optimal patient care.

Regional Insights

The North America region dominates the Global Fabry Disease Treatment Market in
2022. North America, particularly the United States and Canada, has a well-developed
and advanced healthcare infrastructure. This infrastructure includes a network of
hospitals, clinics, and research institutions with access to cutting-edge medical
technology and expertise. North America has a relatively high level of awareness about
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rare diseases, including Fabry disease. Healthcare providers in the region are more
likely to recognize and diagnose rare diseases, which can lead to earlier treatment and
better outcomes. North America is a hub for clinical research and pharmaceutical
development. Many clinical trials for Fabry disease treatments are conducted in the
region, attracting global pharmaceutical companies and researchers. The United States
has a well-established regulatory framework for drug approvals through the Food and
Drug Administration (FDA). This facilitates the development and approval of Fabry
disease treatments, making them available to patients more quickly.

Key Market Players

Sanofi (Genzyme Corporation)

Takeda Pharmaceutical Company Limited

Amicus Therapeutics, Inc

ISU ABXIS Co Ltd.

JCR Pharmaceuticals Co., Ltd.

Protalix BioTherapeutics Inc.

Chiesi Farmaceutici S.p.A.

Freeline Therapeutics Holdings PLC

Yuhan Corporation

M6P Therapeutics

Report Scope:

In this report, the Global Fabry Disease Treatment Market has been segmented into the
following categories, in addition to the industry trends which have also been detailed

below:

Fabry Disease Treatment Market, By Drugs:
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Agalsidase Beta
Migalastat
others
Fabry Disease Treatment Market, By Treatment:
Enzyme Replacement Therapy (ERT)
Chaperone Treatment
Substrate Reduction Therapy (SRT)
Others
Fabry Disease Treatment Market, By Route of Administration:
Oral
Parenteral
Others
Fabry Disease Treatment Market, By Distribution Channel:
Hospital pharmacies
Retail pharmacies
Online Pharmacies
Global Fabry Disease Treatment Market, By region:
North America
United States

Canada
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Mexico
Asia-Pacific
China
India
South Korea
Australia
Japan
Europe
Germany
France
United Kingdom
Spain
Italy
South America
Brazil
Argentina
Colombia
Middle East & Africa

South Africa
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Saudi Arabia

UAE

Competitive Landscape

Company Profiles: Detailed analysis of the major companies present in the Global
Fabry Disease Treatment Market.

Available Customizations:

Global Fabry Disease Treatment Market report with the given market data, Tech Sci
Research offers customizations according to a company's specific needs. The following
customization options are available for the report:

Company Information

Detailed analysis and profiling of additional market players (up to five).
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