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The Japan paroxysmal nocturnal hemoglobinuria treatment market size was valued at
USD 279.95 million in 2025 and is projected to reach USD 455.53 million by 2033,
growing at a CAGR of 5.88% from 2026 to 2033. This growth is driven by continuous
advancements in complement inhibitor therapies, including the development of next-
generation C3 and Factor B/D inhibitors that improve clinical outcomes and address
unmet needs such as residual anemia.

Additionally, strong reimbursement policies and orphan drug incentives in Japan are
supporting patient access to high-cost therapies and encouraging pharmaceutical
innovation. Increasing disease awareness and improved diagnostic capabilities are also
contributing to earlier detection and treatment, further expanding the treated patient
population and sustaining market growth.

The market is primarily driven by significant advancements in complement inhibitor
therapies that directly target the underlying mechanism of complement-mediated
hemolysis. The transition from supportive care approaches, such as transfusions and
anticoagulation, to targeted biologics has transformed clinical outcomes. Real-world
evidence highlights this shift, as reported in February 2026 in the International Journal
of Hematology, where 86.7% of 45 Japanese patients were treated with C5 inhibitors,
resulting in a median increase in hemoglobin from 7.2 g/dL at diagnosis to 10.0 g/dL
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during treatment.

Innovation within the market is further strengthened by the evolution from first-
generation C5 inhibitors to next-generation therapies, including upstream complement
inhibitors targeting C3 and alternative pathway factors. These advancements address
residual anemia associated with extravascular hemolysis, an unmet need in earlier
treatments. A September 2025 review published in Drugs highlighted phase Il trial data
involving 441 patients, demonstrating that ravulizumab was non-inferior to eculizumab
at 26 and 52 weeks. Additionally, findings from the APPLY-PNH and APPOINT-PNH
trials showed that oral iptacopan delivered sustained reductions in hemolysis markers
and improved hemoglobin levels compared with continued anti-C5 therapy, signaling a
shift toward more comprehensive, patient-friendly treatment options.

Japan’s strong healthcare framework plays a crucial role in market expansion,
particularly through universal coverage and supportive orphan drug policies. The
government’s reimbursement system, which covers approximately 70% of medical
costs, ensures broad access to high-cost biologics and promotes early treatment
initiation. Regulatory support further accelerates innovation, with orphan drugs receiving
priority review timelines of around 9 months compared to the standard 12-month
pathways. These incentives have attracted both global and domestic players, fostering
a robust pipeline of advanced therapies and reinforcing Japan as a key market for the
development of rare disease treatments.

Increasing diagnosis rates and disease awareness are also contributing significantly to
market growth. Improved use of high-sensitivity flow cytometry and standardized
diagnostic protocols has enhanced early detection of PNH, particularly among patients
with aplastic anemia. An October 2024 MDPI publication reported that PNH clones were
identified in 40-60% of patients, with untreated mortality exceeding 35% within 5 years,
underscoring the importance of timely diagnosis. Additionally, a March 2024 study in the
International Journal of Hematology involving 59 Japanese patients on C5 inhibitors
reported a mean hemoglobin level of 10.2 g/dL, highlighting persistent symptom burden
and the need for continued therapeutic optimization. Together, these factors are
expanding the diagnosed patient population and sustaining long-term growth in the
Japan PNH treatment market.

Japan Paroxysmal Nocturnal Hemoglobinuria Treatment Market Report Segmentation

This report forecasts revenue growth and provides an analysis on the latest trends in
each of the sub-segments from 2021 to 2033. For the purpose of this report, Grand
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View Research has segmented the Japan paroxysmal nocturnal hemoglobinuria
treatment market on the basis of action of mechanism, route of administration, and end
use:
Action of Mechanism Outlook (Revenue, USD Million, 2021 - 2033)
Complement Inhibitors
C5 Inhibitors
C3 Inhibitors
Supportive Care
Blood Transfusions
Immunosuppressant drugs
Anticoagulants
Others
Others
Route of Administration Outlook (Revenue, USD Million, 2021 - 2033)
Parenteral
Intravenous (V) Infusion
Subcutaneous (SC) Injection
Oral
End Use Outlook (Revenue, USD Million, 2021 - 2033)

Hospitals & Specialty Clinics

Home Care Settings
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Others

This report can be delivered to the clients within 3 Business Days
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