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Zolgensma access in Pakistan

A patient-first guide to accessing Zolgensma (onasemnogene abeparvovec-xioi) for spinal
muscular atrophy in pediatric patients under two years of age in Pakistan, with time-critical
eligibility, AAV9 antibody titer screening, and a legitimate alternative to ad-hoc crowdfunded
procurement.

Quick orientation

Zolgensma is a one-time intravenous AAV9 gene therapy for spinal muscular atrophy (SMA) in
pediatric patients less than two years of age with bi-allelic mutations in the SMN1 gene,
approved by the US Food and Drug Administration on 24 May 2019. The therapy delivers a
functional copy of the SMN1 gene to motor neurons. Pakistan has had publicly visible
crowdfunded Zolgensma cases over the past several years, reflecting the time-critical pediatric
eligibility window and the absence of routine institutional availability. The therapy carries an FDA
boxed warning for acute serious liver injury and acute liver failure. AAV9 antibody titer screening
is mandatory before infusion. Reserve Meds offers a legitimate, fully documented alternative to
ad-hoc procurement: coordinated US-side or international sourcing, cryogenic cold-chain
logistics, AAV9 titer pre-screening through a Pakistani treating center, and a single named
coordinator who carries the case through the multi-month workflow. Reserved for you.

Why patients in Pakistan need Zolgensma via NPP

Spinal muscular atrophy Type 1, the most severe infantile-onset form, is fatal in the first two
years of life without disease-modifying therapy. Most untreated infants do not survive past age
two. Pakistan's consanguinity-driven autosomal recessive disease burden produces an SMA
incidence higher than in many other populations, and Type 1 cases are clinically established each
year in Karachi, Lahore, Islamabad, and the smaller cities. The time-critical pediatric framing is
the most important operational reality: Zolgensma's clinical benefit is highest when administered
pre-symptomatically (newborn screening identification) and declines as motor neuron loss
progresses. Every week of delay reduces achievable clinical benefit.

Pakistan does not have an established newborn SMA screening program, so most SMA Type 1
cases come to clinical attention only after symptoms appear. Even at that point, the pre-two-years
window may remain open for weeks to months, and the case for Zolgensma can still be clinically
appropriate per the FDA label. Zolgensma has been approved by Pakistan's DRAP in some
references for case-by-case institutional use, but routine commercial availability remains
constrained by the price point. The public visibility of crowdfunded Zolgensma cases in Pakistan
over the past several years reflects this gap: families have organized social-media-driven
fundraising campaigns to access the therapy through ad-hoc procurement channels.

The ad-hoc crowdfunded pattern has real downsides. Cold-chain handling for cryogenic AAV9
gene therapy is one of the most demanding handling envelopes in commercial biologics; a broken
shipment is a destroyed dose at full price. Documentation of manufacturer-direct sourcing
through Novartis Gene Therapies is essential for product authenticity and treating-institution
acceptance. The AAV9 antibody titer pre-test must be completed and confirmed before logistics
commit. Reserve Meds offers a fully documented, manufacturer-direct alternative that addresses
each of these operational gaps.
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The DRAP Special Permission pathway for Zolgensma

DRAP regulates the import of medicines through the Quality Assurance and Laboratory Testing
(QA&LT) Division's Import and Export Section. For unregistered or unavailable medicines
required for a specific patient, DRAP issues a Special Permission, also called the No Objection
Certificate (NOC) for Personal Use Import, or in institutional cases the Special Permission for
Import of Unregistered Therapeutic Goods. Applications are filed through DRAP's Online Import
and Export System (OIES) portal by the patient or applicant, or for institutional dispensing by the
hospital pharmacy.

The application package for Zolgensma centers on the time-critical pediatric eligibility window.
The clinical justification letter from the treating pediatric neurologist addresses the patient's
SMA diagnosis with confirmatory bi-allelic SMN1 mutation testing, age at proposed treatment
(must be under two years), AAV9 antibody titer result (must be 1:50 or less by validated ELISA),
and the institutional capability of the receiving infusion center for cryogenic handling and
pediatric infusion care. The treating physician's Pakistan Medical and Dental Council (PMDC)
license verification accompanies the letter, alongside the patient identifier (B-Form for the minor
patient), the destination dispensing facility license (the receiving infusion center), and the chain-
of-custody plan from Novartis Gene Therapies' US manufacturing site through cryogenic
international air freight (minus 60 degrees Celsius or colder) with continuous temperature
monitoring.

For Zolgensma specifically, the institutional capability sign-off is the single most important
clinical-justification element. The receiving institution must confirm cryogenic storage
infrastructure, the ability to thaw and dose within the validated stability envelope (refrigerated 2
to 8 degrees Celsius for up to 14 days after thaw, room temperature for hours only), pediatric
critical care backup, and the peri-infusion corticosteroid protocol per the FDA label.

Approval timelines for routine personal-use cases typically clear in four to eight weeks from a
complete submission. For Zolgensma, the time-critical pediatric framing argues for compressing
this where possible, although DRAP does not guarantee accelerated turnaround. Reserve Meds
intake routes Zolgensma inquiries for accelerated coordinator review with cold-chain logistics
pre-staged, and supply-side workflow runs in parallel with the regulatory layer.

Where Zolgensma gets dispensed in Pakistan

The institutions with cryogenic handling and pediatric gene therapy infusion capability
concentrate at a small number of tertiary centers. Aga Khan University Hospital (AKUH) in
Karachi operates strong pediatric oncology, hematology, and bone marrow transplant programs
with the cryogenic storage and pediatric critical care infrastructure relevant to Zolgensma.
Shaukat Khanum Memorial Cancer Hospital and Research Centre (SKMCH&RC) in Lahore
handles pediatric oncology cases with similar infrastructure. The Children's Hospital and
Institute of Child Health in Lahore is the primary pediatric tertiary center in Punjab.

The Indus Hospital and Health Network, Liaquat National Hospital in Karachi, Shifa International
Hospital in Islamabad, and the Combined Military Hospitals (CMH) network handle complex
pediatric cases and may participate in Zolgensma workflow depending on case-specific
institutional acceptance. For families outside the major cities, the practical flow is referral to a
major center for the infusion, then continuing the multi-month corticosteroid taper and lab
monitoring closer to home where possible. The pediatric neurologist remains in continuous
oversight throughout the post-infusion monitoring window.



Real cost picture for Zolgensma in Pakistan

Zolgensma launched in the United States with a wholesale acquisition cost of USD 2.125 million
per single-dose treatment course. This is a one-time price, not annualized, and covers the entire
therapy. At the current USD to PKR rate (approximately PKR 278 to 280 per USD on 8 to 9 May
2026), the drug product converts to roughly PKR 591 to 595 million. International list prices vary
by country reimbursement negotiation and managed access pricing.

The all-in delivered cost adds line items beyond the WAC: cryogenic international air freight
(validated dry ice or vapor-phase liquid nitrogen shippers from Novartis Gene Therapies' US
facility) in the range of USD 5,000 to USD 15,000 depending on the lane; customs and regulatory
documentation handling; the receiving institution's infusion suite, peri-infusion corticosteroid
protocol, and intensive lab monitoring through the first three months post-infusion; pediatric
critical care backup capacity. The Reserve Meds concierge coordination fee is a separate line
item, transparent.

Novartis operates a Global Managed Access Program (gMAP) for Zolgensma in jurisdictions
where the product is not yet locally approved or reimbursed, with strict eligibility criteria. For
Pakistani families whose case might fit gMAP criteria, Reserve Meds includes a gMAP eligibility
screen in the intake; the program is the structural alternative to private-pay procurement where
the family qualifies. Where gMAP does not apply, cash-pay is the default. State Life, Adamjee,
EFU, Jubilee, IGI, and Pak-Qatar Family Takaful do not typically cover gene therapy at this price
point, and Sehat Sahulat's PKR 1,000,000 per family per year ceiling does not stretch to a
Zolgensma course. Pakistani families regularly pool funding across overseas relatives in Saudi
Arabia, the UAE, the UK, the US, and Canada; Reserve Meds accepts wire transfers from any
USD-accessible source.

Typical timeline for Zolgensma in Pakistan

The regulatory layer at DRAP for a Zolgensma Personal Use Import or institutional Special
Permission filing runs four to eight weeks for routine cases; the time-critical pediatric framing
argues for compression where possible. The receiving institution's clinical evaluation (including
AAV9 antibody titer testing, weight-based dose calculation, peri-infusion corticosteroid protocol
setup, and infusion suite scheduling) runs in parallel, typically two to four weeks. Cryogenic
international air freight from the Novartis Gene Therapies US facility to the receiving infusion
center is scheduled to land in the validated stability window, with customs pre-clearance handled
in advance. The therapeutic course itself is a single IV infusion of approximately 60 minutes,
followed by 30 days minimum of oral corticosteroid (often extended) and three months of
intensive lab monitoring. Long-term follow-up extends much longer. The age-bounded eligibility
(under two years) is the dominant clock. Reserve Meds intake routes Zolgensma inquiries for
accelerated coordinator review.

What your physician needs to provide

The clinical justification letter is the cornerstone of any Zolgensma case file in Pakistan. The
letter, signed by the treating pediatric neurologist at AKUH, SKMCH&RC, the Children's Hospital
in Lahore, Indus, Liaquat National, Shifa International, or a CMH center, and holding an active
PMDC license, addresses the patient's SMA diagnosis with confirmatory bi-allelic SMN1 mutation
testing, current age in months and weight, AAV9 antibody titer result (must be 1:50 or less),
planned weight-based dose at 1.1 x 10714 vector genomes per kilogram of body weight delivered
as a single IV infusion over approximately 60 minutes, the peri-infusion corticosteroid protocol



(oral prednisolone or equivalent at 1 mg/kg/day starting 24 hours before infusion and continued
for at least 30 days post-infusion with taper guided by liver function), and the institutional
capability statement.

The monitoring plan referenced in the letter covers the FDA label requirements: liver function
(AST, ALT, total bilirubin, prothrombin time) before infusion and weekly for the first month, then
biweekly through the second and third months; platelet counts and troponin I weekly for the first
month and biweekly through the third month; clinical assessment for thrombotic
microangiopathy. The boxed warning for acute serious liver injury and acute liver failure is
communicated transparently to the family as part of pre-treatment informed consent, never
buried in fine print.

Reserve Meds supplies the US-side documentation kit (Novartis Gene Therapies manufacturer-
direct sourcing reference, cryogenic shipper validation, customs and chain-of-custody planning,
gMAP eligibility screen where applicable) so the Pakistani treating physician and the institutional
pharmacy have a coordinated regulatory layer prepared in parallel with the OIES submission.

Common questions about Zolgensma in Pakistan

What is the boxed warning for Zolgensma? The FDA label carries a boxed warning for acute
serious liver injury and acute liver failure, with reports of fatal outcomes. Other notable adverse
reactions include elevated aminotransferases, thrombocytopenia, troponin elevation, and
thrombotic microangiopathy. The peri-infusion corticosteroid protocol is central to safety
management and is not optional.

What is AAV9 antibody titer screening and is it really required? Yes. Patients must have a
baseline anti-AAV9 binding antibody titer of 1:50 or less by validated ELISA. Patients with titers
above the threshold are not eligible at that point in time. Retesting after a waiting period is
permitted in some cases, and titers in young children are typically low. Reserve Meds coordinates
AAV9 titer testing as a first step in intake; the result gates everything downstream.

Will Adamjee, Jubilee, EFU, or State Life cover Zolgensma? Coverage for gene therapy at
this price point (USD 2.125 million list) is uncommon across Pakistani health plans. Cash-pay or
gMAP eligibility is the realistic default. Reserve Meds supplies the documentation that lets a
payer assess; the claim itself sits with the family.

What about the Novartis gMAP for Zolgensma? Novartis operates a Global Managed Access
Program (gMAP) for jurisdictions where Zolgensma is not yet locally approved or reimbursed.
Eligibility criteria are stringent, but for some Pakistani cases the program may apply. Reserve
Meds includes a gMAP eligibility screen in the intake; where the program fits the case, that
pathway runs in parallel with the private-pay option.

Why Zolgensma versus Spinraza or Evrysdi? Zolgensma is the only one-time treatment in the
SMA class. For pre-symptomatic infants or symptomatic infants under two years of age, the case
for a single intervention rather than lifelong therapy is clinically strong. Spinraza requires
intrathecal dosing every four months for life; Evrysdi is oral daily. The decision is clinical and is
made between the treating pediatric neurologist and the family. Combinations with risdiplam
(oral) as bridge therapy during pre-infusion logistics are sometimes clinically considered.

How is Reserve Meds different from the crowdfunded approach we have seen in
Pakistan? Reserve Meds operates with manufacturer-direct sourcing from Novartis Gene
Therapies, validated cryogenic shippers, customs pre-clearance, AAV9 antibody titer pre-
screening built into intake, the gMAP eligibility screen, and a single named coordinator.



Documentation is end-to-end. The patient-facing summary is transparent on the boxed warning,
the AAV9 titer gate, and the cost structure. Crowdfunded approaches have produced some
successful cases historically; Reserve Meds offers a fully documented alternative.

Where Reserve Meds fits in Zolgensma cases

Reserve Meds is a US-based concierge coordinator. For a Zolgensma inquiry from a Pakistani
family, the working unit is institutional capability confirmation at the receiving infusion center,
AAV9 antibody titer pre-screening, gMAP eligibility screening with Novartis where applicable,
US-side manufacturer-direct sourcing, cryogenic cold-chain logistics with continuous
temperature monitoring, and accelerated coordinator review against the time-critical pediatric
clock. The clinical decisions remain with the treating pediatric neurology team. The regulatory
authority remains DRAP. The infusion remains with the receiving institution.

For families who have considered crowdfunded procurement, Reserve Meds represents the
documented, manufacturer-direct alternative that addresses the operational gaps (cold-chain
validation, institutional acceptance, AAV9 pre-screening, boxed-warning disclosure). The clock
matters; the documentation also matters. Reserved for you.

Next step

If your family has a child under two with confirmed SMA and is considering Zolgensma, the first
step is a coordinated intake that screens AAV9 antibody titer, confirms institutional capability,
screens gMAP eligibility, and outlines a transparent firm quote. Zolgensma cases route to
accelerated coordinator review given the time-critical eligibility window. The waitlist request
prefills the relevant context.

Reserved for you.
About Zolgensma

Spinal muscular atrophy (under two years)
Manufacturer: Novartis Gene Therapies
Modality: AAV9 IV gene therapy (one-time)
FDA boxed warning: acute liver injury

Full drug page —

About Pakistan

South Asia, SAARC

Authority: DRAP

Pathway: Special Permission / Personal Use Import NOC
Full country page -

Related

Spinraza in Pakistan
Zolgensma in India
Spinal muscular atrophy
Named-patient pathways
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Review & oversight. Content on this page is reviewed by Reserve Meds's clinical and
regulatory team. A US-licensed pharmacist reviews every prescription before dispensing.
Regulatory posture is informational, not legal advice; case-specific questions route to
retained outside counsel. Review methodology »

Last medically reviewed: 2026-05-12.
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