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Roctavian access in Saudi Arabia

How adults in the Kingdom of Saudi Arabia with severe hemophilia A consider Roctavian
(valoctocogene roxaparvovec-rvox), the AAV5 gene therapy approved by the FDA in 2023.

A patient-first orientation

Roctavian is the brand name for valoctocogene roxaparvovec-rvox, a one-time intravenous gene
therapy for adults with severe hemophilia A. The modality is an adeno-associated virus serotype 5
(AAVDS) vector that delivers a codon-optimized, B-domain-deleted human factor VIII transgene to
hepatocytes, where the transgene drives endogenous factor VIII production and partially corrects
the underlying clotting defect. The US Food and Drug Administration approved Roctavian on
June 29, 2023; the European Commission had granted conditional marketing authorisation on
August 24, 2022. The list price is approximately USD 2.9 million per patient for the single one-
time dose. The Saudi Food and Drug Authority has not registered Roctavian and there is no local
commercial agent in the Kingdom. For Saudi families considering this therapy, the pathway
involves a hard pre-test gate, a certified treatment center, an extended corticosteroid algorithm
after infusion, and an honest conversation about durability. Reserve Meds approaches every
Roctavian inquiry with that full context in view. Reserved for you.

Why Saudi patients need Roctavian through the named-patient pathway

Roctavian is a high-cost, high-complexity, low-volume product that is registered in only a small
set of jurisdictions and is gated to certified Hemophilia Treatment Centers (HTCs) within those
jurisdictions. Patients in Saudi Arabia who carry a confirmed severe hemophilia A diagnosis
(factor VIII activity less than 1 IU/dL) and who meet the AAV5-negative and inhibitor-negative
eligibility profile cannot, in the Kingdom, obtain Roctavian locally because there is no national
registration, no BioMarin-qualified Saudi HTC, and no national reimbursement framework
specific to the product.

King Faisal Specialist Hospital and Research Centre has hematology and bone marrow transplant
capability, and over time may develop the AAV vector handling, infusion readiness sign-off, and
post-infusion corticosteroid management capability that Roctavian requires. At the date of this
review, no Saudi institution is on BioMarin's qualified-HTC list. The practical pathway for Saudi
families is therefore travel to a certified center in the United States or the European Union for
the infusion itself, with Reserve Meds coordinating the eligibility verification, certified-center
booking, frozen-vector logistics where applicable, and the post-infusion travel and monitoring
window. Named-patient and personal-importation routes are the framework that makes this
lawful coordination possible.

The SFDA Personal Importation Program for Roctavian

The SFDA Personal Importation Program is designed for the import of a specific medicine for a
specific named patient when the medicine is approved by a recognized reference authority and a
clinically equivalent locally registered alternative is not suitable. Roctavian is FDA-approved
(2023) and EMA-authorised (2022, conditional), which establishes the reference-authority
criterion. For Roctavian specifically, the more decisive question is not the SFDA pathway itself
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but the certified-center requirement that BioMarin enforces globally: the product is supplied only
to BioMarin-qualified HTCs that have completed product-specific training, vector handling
certification, and infusion readiness sign-off. Infusion outside a qualified HTC is not supported by
the manufacturer.

This shapes the PIP file in a particular way. Where the patient will travel to a certified US or EU
HTC for the infusion, the PIP file may focus on coverage of the pre-infusion AAV5 antibody and
factor VIII inhibitor history testing performed in Saudi Arabia and on the post-infusion
monitoring drugs (corticosteroids, factor VIII assays) that will be administered at home after the
infusion abroad. Where, in a future state, a Saudi institution becomes BioMarin-qualified, the PIP
file would cover the imported vector itself under the chain-of-custody plan SFDA requires. Both
pathways start from the same documentation package: the clinical justification letter from the
treating SCFHS-licensed hematologist, treating physician licensing verification, the patient
identifier, product details, the destination dispensing facility license, and the chain-of-custody
plan.

For Roctavian specifically, the clinical justification letter is the most detailed in the Reserve Meds
matrix. It addresses the diagnosis (severe hemophilia A with factor VIII activity less than 1 IU/dL,
confirmed on a current assay), the negative AAV5 neutralizing antibody titer on the FDA-
approved companion test (this is a hard pre-gate and the result must be in hand before any
infusion booking), the negative factor VIII inhibitor history confirmed through prior medical
records rather than patient recall, the baseline liver function tests within acceptable range, and
the absence of significant fibrosis, active hepatitis B or C, or HIV with uncontrolled viral load.
The letter also documents the prior prophylaxis regimen (recombinant factor VIII or emicizumab)
and the bleeding history that motivates the gene therapy consideration. Routine PIP timelines are
10 to 21 business days; Roctavian cases consistently land in the complex range (6 to 10 weeks at
SFDA) because of the novelty of the modality and the cross-border infusion logistics.

Where Roctavian gets infused for Saudi patients

The infusion itself, at the date of this review, takes place at a BioMarin-qualified HTC in the
United States or in one of the European Union countries with established pricing and
reimbursement agreements (Germany is a publicly disclosed example). Reserve Meds
coordinates the certified-center booking with the patient's treating Saudi hematologist in the
loop throughout. The pre-infusion workup (AAV5 antibody titer, factor VIII inhibitor history
confirmation, baseline liver function tests) can be coordinated through King Faisal Specialist
Hospital and Research Centre hematology, King Abdulaziz Medical City, the Ministry of National
Guard Health Affairs network, or specialty private hematology services such as those at Dr.
Sulaiman Al Habib Medical Group, where adult hematology capability exists. The corticosteroid
management window (typically weeks to months of oral prednisone or equivalent on a tapered
schedule, initiated based on alanine aminotransferase trends) is then conducted with the Saudi
hematology team after the patient returns home, with weekly liver function tests during the taper
and tapering frequency over the first year. KFSH&RC, given its tertiary capability across
hematology, transplantation, and genomics, is the most plausible Saudi institution to develop full
Roctavian-administration capability over time; until that happens, the certified-center model
means the infusion remains an international travel event for Saudi families.

Real cost picture for Roctavian in Saudi Arabia

The US wholesale acquisition cost is approximately USD 2.9 million per patient for the single
one-time dose, as publicly disclosed by BioMarin at the June 2023 launch and corroborated by



trade press. At the Saudi Riyal peg of approximately 3.75 SAR per USD, the drug list price is
roughly SAR 10.9 million. EU pricing is country-specific and confidential at the net level; publicly
reported German list reference and negotiated reimbursement amounts indicate an order-of-
magnitude similar to the US WAC.

For Saudi families, the full cost stack extends beyond the vector itself. International travel for the
patient and a family caregiver to the certified center (US or EU), accommodation during the
infusion and the immediate post-infusion observation window, the certified-center infusion-day
clinical fees, the pre-infusion companion testing (AAV5 antibody and inhibitor history work), the
post-infusion corticosteroid and factor VIII assay costs in Saudi Arabia, and the Reserve Meds
coordination fee all sit alongside the drug list price. Reserve Meds line-items every component in
the firm quote. The patient-specific outcomes-based warranty BioMarin negotiated with US
payers (partial reimbursement to payers if factor VIII expression is lost in the first four years) is a
US-only mechanism and does not extend to international self-pay patients; Reserve Meds does
not represent it as available outside the US. Bupa Arabia, Tawuniya, and MedGulf Arabia handle
named-patient imports case-by-case, but a USD 2.9 million drug cost is at a scale where
reimbursement conversations typically require bespoke approvals well outside standard
formulary processes.

Typical timeline for Roctavian in Saudi Arabia

The Roctavian timeline is longer than any other drug in the Reserve Meds matrix. Pre-infusion
eligibility testing (AAV5 antibody titer, factor VIII inhibitor history confirmation through prior
medical records, baseline liver function tests) typically takes 4 to 8 weeks in Saudi Arabia
depending on whether the companion test is available locally or has to be shipped to a reference
laboratory. PIP filing for any imported components runs 6 to 10 weeks in the complex band at
SFDA. Certified-center booking at a US or EU HTC, including infusion scheduling and travel
logistics, typically adds 4 to 12 weeks depending on the patient's clinical readiness and the
center's capacity. The infusion itself is a single intravenous administration over approximately 2
hours, followed by a 1 to 2 week immediate observation period at or near the certified center.
The corticosteroid management window then runs weeks to months after the patient returns
home. End-to-end, from initial inquiry to the patient back in Saudi Arabia on the post-infusion
monitoring schedule, the realistic timeline is 4 to 9 months, with significant case-by-case
variation.

What your physician needs to provide

The clinical justification letter from the SCFHS-licensed treating hematologist is the most
detailed letter in the Reserve Meds matrix and must address the following elements: the
diagnosis of severe hemophilia A with factor VIII activity less than 1 IU/dL confirmed on a
current assay; the negative AAV5 neutralizing antibody titer documented on the FDA-approved
companion test (Reserve Meds will not initiate certified-center booking without this result in
hand); the negative factor VIII inhibitor history confirmed through prior medical records rather
than patient recall alone; baseline liver function tests (ALT, AST, alkaline phosphatase, total
bilirubin) within an acceptable range; the absence of significant fibrosis, active hepatitis B or C,
or HIV with uncontrolled viral load; the patient's prior prophylaxis regimen (recombinant factor
VIII or emicizumab) and bleeding history; the rationale for gene therapy over continuation of
standard-of-care prophylaxis or emicizumab; the proposed dosing per the FDA label (single
intravenous infusion of 6 x 10”13 vector genomes per kilogram of body weight, given once in the
patient's lifetime, with no label support for redosing because pre-existing AAV5 antibodies that
develop after exposure are expected to neutralize any subsequent AAV5 vector); the



corticosteroid algorithm plan with weekly ALT monitoring and tapered prednisone or equivalent
over weeks to months; the long-term monitoring plan including factor VIII activity at protocol-
defined intervals, hepatocellular carcinoma surveillance per HTC protocol, and bleeding event
tracking; and an explicit acknowledgment that durability is meaningful but not permanent.

Common questions about Roctavian in Saudi Arabia

Is Roctavian a cure? No. The honest framing for Saudi families is meaningful but not
permanent benefit for most patients. GENEr8-1 five-year follow-up data show that factor VIII
expression declines over time in many patients; at five years, 80.8% of participants remained off
regular prophylaxis, with modeled median time-to-return-to-prophylaxis ranging from 6.4 to 16.1
years. Some patients return to factor replacement therapy within a decade. Reserve Meds will
not pitch Roctavian as a cure in any patient conversation.

Can the infusion happen at a Saudi hospital? Not at the date of this review. The product is
supplied only to BioMarin-qualified Hemophilia Treatment Centers, and no Saudi institution is
currently on that list. King Faisal Specialist Hospital and Research Centre, given its tertiary
hematology and genomics capability, is the most plausible Saudi institution to develop the
capability over time. Until that happens, the infusion is an international travel event.

What if my AAV5 antibody titer comes back positive? A positive AAV5 neutralizing antibody
titer is an absolute contraindication for Roctavian. The therapy cannot proceed. Standard-of-care
factor VIII prophylaxis (multiple manufacturers) and emicizumab (Hemlibra) remain the available
alternatives, and the treating hematologist makes the clinical choice. Reserve Meds does not
steer the choice.

What is the safety profile? The most common adverse reactions in the GENEr8-1 phase 3 trial
were transient alanine aminotransferase elevation, headache, nausea, vomiting, fatigue,
abdominal pain, and infusion-related reactions. The dominant safety signal is hepatic
transaminase elevation requiring corticosteroid management. There is a theoretical long-term
risk of hepatocellular carcinoma related to AAV vector integration; no causal cases have been
reported in the trial program, and the label requires long-term hepatic surveillance.

Why Roctavian versus Hemlibra? Roctavian offers the prospect of multi-year freedom from
prophylaxis dosing for eligible patients. Hemlibra requires ongoing subcutaneous administration
but is broadly available, including in jurisdictions where Roctavian is not registered, and is
suitable for patients with inhibitors. The choice is the treating hematologist's; Reserve Meds does
not steer.

Will Bupa Arabia, Tawuniya, or MedGulf cover this? A USD 2.9 million drug cost is at a scale
where reimbursement conversations typically require bespoke approvals well outside standard
formulary processes. Cash-pay is the default operating posture and most Roctavian inquiries are
self-funded.

Where Reserve Meds fits in Roctavian cases

Reserve Meds is a US-based concierge coordinator. We do not replace your hematologist, SFDA,
the certified treatment center, or your dispensing pharmacy. We coordinate the AAV5 antibody
and inhibitor history testing logistics, prepare the SFDA-aligned documentation kit your
hematologist needs, book the certified-center appointment, manage frozen-vector logistics where
applicable, coordinate the patient's and family's travel and accommodation around the infusion
window, and stay with the case through the months-long post-infusion corticosteroid taper and



factor VIII monitoring schedule once the patient is back in the Kingdom. Reserve Meds does not
coordinate infusion outside a BioMarin-qualified HTC and does not propose home or domestic-
hospital infusion in Saudi Arabia. Durability is framed honestly in every patient conversation. The
single named coordinator stays with the case across what is, by any measure, the most
operationally complex file in the Reserve Meds matrix.

Next step

Reserved for you.
About Roctavian

Severe hemophilia A gene therapy
Manufacturer: BioMarin Pharmaceutical
Modality: AAV5 vector, one-time IV infusion
Full drug page

About Saudi Arabia

Middle East

Authority: SFDA

Pathway: Personal Importation Program (PIP)
Full country deep dive

Related

Roctavian in UAE

Hemlibra in Saudi Arabia
Personal Importation pathway
Hemophilia A deep dive
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