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1. Pegcetacoplan
ASPAVELI® contains pegcetacoplan. Pegcetacoplan is a complement component 3 (C3) inhibitor.

Pegcetacoplan binds to complement protein C3 and its activation fragment C3b with high affinity,
thereby regulating the cleavage of C3 and the generation of downstream effectors of complement

activation.

From March 2026, one presentation of pegcetacoplan is available under Hospital Pricing Approval:

e ASPAVELI® 1,080 milligrams (mg) solution for infusion.

1.1 Licensed indication(s)
Pegcetacoplan (ASPAVELI®) is indicated as monotherapy in the treatment of adult patients with

paroxysmal nocturnal haemoglobinuria (PNH) who have haemolytic anaemia.

1.2 Reimbursement

Reimbursement of pegcetacoplan is supported for the treatment of PNH in adult patients who are
anaemic after treatment with a complement C5 inhibitor for at least three months, and who meet
the criteria outlined in this managed access protocol (MAP). All criteria must be satisfied in order for

reimbursement to be supported.

An application for reimbursement approval is required to be submitted on an individual patient
basis. The Medicines for Paroxysmal Nocturnal Haemoglobinuria (PNH) Application Form-
Pegcetacoplan (ASPAVELI®) should be completed and sent by secure email to the Health Service
Executive (HSE)-Medicines Management Programme (MMP) at mmp@hse.ie. See section 2.1

Submission of Applications for further detail.

Table 1 outlines the licensed therapeutic dosage of pegcetacoplan for the treatment of PNH in adult
patients who have haemolytic anaemia. Please refer to the Summary of Product Characteristics

(SmPC) for further prescribing information.

Table 1 Licensed dosage of pegcetacoplan
Medicine Route of administration Dosage

Pegcetacoplan Subcutaneous infusion | 1,080 mg twice weekly (Days 1 and 4)*

mg: milligrams
*The dosing regimen may be changed to 1,080 mg every third day (e.g. Day 1, Day 4, Day 7, Day 10, Day 13, and so forth) if
a patient has a lactate dehydrogenase (LDH) level greater than 2 x upper limit of normal.
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If a patient is recommended for reimbursement of pegcetacoplan, reimbursement is supported up
to the maximum licensed dosage specified in Table 1. Reimbursement of dosages in excess of the

licensed therapeutic dosages (as outlined in Table 1) is not supported.

As recommended in the SmPC for patients switching to pegcetacoplan from a C5 inhibitor, for the
first four weeks of treatment, pegcetacoplan is co-administered with the patient’s current dose of C5
inhibitor. After four weeks, the patient should discontinue treatment with the C5 inhibitor and
continue pegcetacoplan as monotherapy. Switching from complement inhibitors other than

eculizumab has not been studied.

Reimbursement is not supported for long-term concomitant use of complement inhibitors for

PNH.

See Section 3 for further details on Reimbursement criteria — Requirement for outcome data.

1.3 Price

The ex-factory prices of the presentation of pegcetacoplan are outlined in Table 2. Commercial-in-
confidence arrangements are in place with the marketing authorisation holder to reduce the net

acquisition cost of pegcetacoplan to the HSE.

Table 2 Ex-factory prices for the available presentation of pegcetacoplan under Hospital Pricing
Approval

Strength (pack size) Ex-factory price*
ASPAVELI® 1,080 mg solution for infusion [1 x 20 mL €3,148.43
vial (54 mg/mL)]
ASPAVELI® 1,080 mg solution for infusion [8 x 20 mL €25,118.42
vial (54 mg/mL)]
mg: milligrams; mL: millilitres. *Correct as at 1 March 2026

2. Reimbursement criteria — Initiation

This section outlines the criteria that must be satisfied in order for patients to be recommended for

reimbursement of pegcetacoplan for the treatment of PNH.



2.1 Submission of applications

Applications for reimbursement approval for pegcetacoplan for the treatment of PNH will only be
considered from consultants with specialist registration in haematology with the Irish Medical
Council who have agreed to the terms of this MAP and been approved by the HSE (‘approved

consultants’).

Approved consultants are responsible for ensuring that the patient or their representative/guardian

is aware that the application for reimbursement approval is being made on their behalf.

2.2 Patient age
Applications for reimbursement approval will only be considered for individuals aged 18 years or

older at time of application.

2.3 Patient diagnosis

For a positive reimbursement recommendation, approved consultants will be required to confirm a
diagnosis of PNH at the time of application. The items outlined below (section 2.3.1 —2.3.6) are
required to confirm the diagnosis of PNH and to exclude other potential differential diagnoses. This
is not an exhaustive list of requirements; the MMP reserve the right to request additional

information as deemed necessary to enable a reimbursement recommendation.

2.3.1 Flow cytometry
The approved consultant will be required to provide a flow cytometry report that shows evidence of

CD59 and CD55 negative cells.

2.3.2 Full blood count and haemolytic blood panel
The approved consultant will be required to provide a full blood count and a haemolytic blood panel

to support the diagnosis of PNH and confirm the presence of haemolysis and anaemia.

2.3.3 Biochemistry profile
The approved consultant will be required to provide a biochemistry profile to support the diagnosis

of PNH.

2.3.4 Bone marrow investigations
The approved consultant will be required to provide bone marrow investigations (bone marrow

aspirate and/or biopsy) to support the diagnosis or exclude a differential diagnosis.
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2.3.5 Genetic analysis
The approved consultant may be required to provide a genetic report, confirming a

phosphatidylinositol glycan anchor biosynthesis class A (PIGA)-gene mutation, to aid in the diagnosis,

if available.

2.3.6 Other symptoms of PNH
The approved consultant will be required to provide details of other presenting symptoms of PNH

including, e.g. abdominal pain, dyspnoea, fatigue, jaundice, thrombosis.

2.4 Patient clinical history/status
In line with the SmPC for ASPAVELI®, applications for reimbursement approval will not be considered

for individuals who meet any of the contraindications for treatment as outlined in the ASPAVELI®

SmPC.

2.4.1 Thrombosis history
The approved consultant will be required to confirm whether the patient has a history, or is at risk of

thrombosis.

2.4.2 Haemolytic anaemia
The approved consultant will be required to confirm that the patient is experiencing haemolytic

anaemia. A haemolytic blood panel to confirm the presence of haemolysis and anaemia will be

requested by the MMP.

2.5 Patient’s medical treatment

2.5.1 Patient medication history
The approved consultant will be required to provide a complete list of the patient’s current drug

therapy at the time of application or any relevant previous treatments.

2.5.2 Complement C5 inhibitor treatment
The approved consultant will be required to confirm that the patient has been in receipt of a

complement C5 inhibitor for a period of at least three months at the time of application.

The MMP may request evidence to validate same.



2.5.3 Blood transfusion history
The approved consultant will be required to provide details of the patient’s past and current

requirement for blood transfusions.

3.Reimbursement criteria — Requirement for outcome data

Follow-up data may be requested by the MMP for audit purposes and provision of same is a
condition of ongoing reimbursement. It is the responsibility of the approved consultant to ensure
that the patient or their representative/guardian is aware that the provision of follow-up data is a
condition of reimbursement, and that audits may occur during which their personal data will be

reviewed.

4. Medicines Management

Please refer to the SmPC for ASPAVELI® for full prescribing information including monitoring and
patient counselling requirements. Sites must ensure a local policy is in place for appropriate
medicines management, including protocols for the preparation and administration of
pegcetacoplan, taking into consideration information outlined in the SmPC and conditions of the

marketing authorisation.



