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Cystic fibrosis is a genetic disease that causes thick, sticky mucus to build up in the body, primarily
affecting the lungs and digestive system.

- In a healthy body, mucus is a thin, slippery fluid that helps keep things moist. But in someone with
cystic fibrosis, a defective gene causes the body to produce mucus that is much thicker and stickier.
This thick mucus can clog the airways in the lungs, leading to frequent and serious lung infections.
It can also block the ducts in the pancreas, making it difficult for the body to digest food and absorb
nutrients.

- Cystic fibrosis is an inherited disease, meaning a child must receive a copy of the faulty gene from
both parents to have the condition.

- While there is no cure, treatments have advanced significantly. They focus on clearing mucus from
the lungs, preventing infections, and improving nutrition, allowing many people with cystic fibrosis to
live longer, healthier lives.

- Trikafta is a highly effective treatment for cystic fibrosis because it targets the root cause of the
disease for a large majority of patients. It works by helping the defective protein that causes cystic
fibrosis to function correctly.

- By improving the function of this protein, Trikafta helps to thin the thick, sticky mucus in the lungs
and other organs. This leads to significant improvements in lung function, fewer lung infections, and
a better overall quality of life for both adults and children with cystic fibrosis who have the specific
genetic mutations it treats.
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Based on data from the South African Cystic Fibrosis Association (SACFA) 2023 registry, the number of people
living with cystic fibrosis and where they access care is as follows:

. 505 people are diagnosed and just over half of these patients, 267, are children or minors.

NOTE: Cystic fibrosis experts believe that this number is an underestimate of the true prevalence, as it does
not include undiagnosed patients or children who die at a very young age without a diagnosis.

The majority of registered patients are located in two provinces, and specifically in:

Gauteng 226 patients
Western Cape 224 patients
Eastern Cape 22 patients
KwaZulu-Natal 25 patients
Free State 8 patients

Cystic fibrosis patients in South Africa can access care at 17 specialised clinics and centres located in both the
public and private health sectors. Some of the key public sector clinics are:
- Gauteng:
» Steve Biko Academic Hospital

» Charlotte Maxeke Johannesburg Academic Hospital

- Western Cape:
» Groote Schuur Hospital
» Red Cross War Memorial Children’s Hospital
» Tygerberg Hospital

- Free State:

» Universitas Academic Hospital

- Eastern Cape:
» PE Provincial Hospital

» Dora Nginza Hospital

» KwaZulu-Natal:
» Inkosi Albert Luthuli Academic Hospital
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What we are facing: Avoidable ill health, pain and suffering

- SACFA led an extensive outreach exercise to verify the access status quo (for Trikafta) in the public
and private health sectors this year.

- SACFA was informed by its members that access has not been secured for patients with cystic
fibrosis in South Africa, including children, to Trikafta.

- The Vertex “Access” Programme does not guarantee equitable, meaningful, and affordable access
for all patients, especially children, living with cystic fibrosis in South Africa.

Why have South African Cystic Fibrosis Association and
Health Justice Initiative approached the Competition
Commission?

« The Competition Commission has already conducted one investigation into Vertex.

- But, we want it to reopen its investigation. Because, Vertex’s self-created monopoly on
Trikafata, its pricing and regulatory strategies does not guarantee access for all eligible
cystic fibrosis patients in South Africa despite its undertakings to the Competition
Commission in 2024.

VERTEX . From 2022 - 2024 the investigated Vertex under the Competition Act in respect of its life
saving, block buster, expensive drug, Trikafta.

el . « On 11 December 2024, the Competition Commission said that it was closing its
tﬁ’aﬁa ° investigation into Vertex but that it would reopen it, if new evidence of “misconduct”
e e e emerged.

(ivacaftor) 75 mg tablets

- It also said that it was closing the investigation because “access to cystic fibrosis
medication in South Africa is secured” and that “the objectives of the Competition Act as
well as public interests, are served by the outcomes of its investigation.”

To date, the Competition Commission has refused to disclose the full undertakings made to
it by Vertex; or the terms of its agreement (if one exists) with Vertex.

It has also worryingly claimed “confidentiality” on the price when it announced its decision.

Why is the Competition Commission protecting and enabling Vertex’s market power?

What is our position?

It is not correct to claim that access has been “secured”. In 2025, SACFA consulted its members and
investigated the access situation for cystic fibrosis patients and families.

SACFA found that:

- About half of all the patients eligible for treatment are without access. Their access has not been
secured.

- Some families, privileged to have high-end medical scheme cover or a wealthy benefactor, have
access. But many others, even on medical schemes, do not, and especially those in the public sector.

- Not all medical schemes in South Africa are part of the new Patient Access Programme that Vertex
designed and set up when it seemingly “settled” a legal case against it for a Compulsory License in
2024.

The conduct, intent and control of Vertex must be re-visited and re- examined.
It is time!
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The Vertex programme is flawed and secretive - it does not
guarantee or secure access

- Vertex has never disclosed the details of its 2024 “deal”/ “agreement” for South Africa, nor has it
disclosed in full its undertakings to the Competition Commission (nor has the Commission). This
-unjustifiably- enables a culture of non-transparency and secrecy.

« The programme did not involve the cystic fibrosis community. SACFA, patients and doctors in the
initial design, leaving out the people it was supposedly set up to help.

- The programme is only offering access to privileged South Africans - for certain high-end medical
schemes and plans, and those with a lot of money, requiring families to spend hundreds of thousands
of rands every year.

- Only about 13 to 14 medical schemes are in the programme at present.

- Dose reduction, a strategy effectively used before, is not permitted under the programme.

- The programme requires unreasonable secrecy. Patients and providers cannot talk about it publicly.

- The programme offers no enforceable and legal guarantees for life long access for existing and new
patients.

- Vertex can stop the programme when it feels like (it did so in Australia and across Europe too).
- Families in the programme, are forced to rely on unenforceable and insecure guarantees, seek

out charitable donations or loans and incur more debt, or forego access altogether, thus leading to
greater pain, suffering, and medical complications.

- They do not belong to a medical scheme;
- They rely on the public health sector;

- They belong to a medical scheme but on plans that do not cover Trikafta; and have no financial
resources for out-of-pocket contributions to participate in the programme;

- They do not have access to about ZAR 400 000 per year to self-fund the treatment even through the
Vertex programme.

- For those patients “fortunate” enough to have subsidised or self funded access this is the result of
a combination of economic privilege, employment status, charitable donations and extended family
support.

« Public sector patients are being asked to pay a staggering R33 333.33 monthly to qualify for entry
into the Vertex programme. The state cannot procure Trikafta without it being affordable and also
South African Health Products Regulatory Authority (SAHPRA) registered.

- Private sector medical scheme patients are required to pay high premiums on top tier plans to
qualify, some even face 24 month waiting periods, on top of the costly and administrative processes
of applying for Section 21 exemptions from SAHPRA every 6 months, alongside pathology tests and
examinations. This is not affordable!

With South Africa’s two-tier unequal health system and high levels of socio-economic inequality, these
continuing access and treatment disparities are unconscionable.

This needs to be changed! We refuse to accept the current gross and unconstitutional
situation where privilege, not medical need, has become the proxy for access for
Trikafta in South Africa.
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- Without urgent access to Trikafta, patients in South Africa are needlessly becoming sicker, fuelling
long-term physical and mental health harm. Families now face agonising and long periods of ill-health
coupled with absenteeism from school and work, denying children basic opportunities.

- Without access to Trikafta, children and adults living with cystic fibrosis face long-term lung damage
and other medical complications from the lack of timely access, including among others:

» infections that require constant intravenous or oral antibiotics,

cystic fibrosis-related diabetes,

liver disease,

intestinal obstruction,

osteoporosis,

gastroesophageal reflux disease

vVvyVvyyy

» anxiety as well as depression affecting mental health.

- Parents with cystic fibrosis or parents with children with cystic fibrosis have to spend enormous time
and energy seeking time-consuming, unenforceable, ex-gratia support, and exemptions, instead of
focusing on care for their children or themselves.

- These families do not have the option of going to the public health sector for access — the State is
not providing Trikafta either.

Vertex has not yet registered Trikafta with

o ) VERTEX
South African Health Products Regulatory Authority

In refusing to register with SAHPRA and only using special, repeat exemptions for the use of unregistered
medicines (Section 21 of the Medicines Act) Vertex is distorting the Medicine Act’s intent and purpose. It
has now created its own indefinite medicine use system to suit its market and profit interests.

- We know that by registering Trikafta with SAHPRA, and marketing it in South Africa, Vertex would
by law be required to disclose its price for the private sector. This could lead to excessive pricing
regulatory investigations and penalties too - we also know that generics can be made for far less
than what Vertex is charging patients.

- Vertex has refused to disclose its programme pricing for South Africa, publicly. Or the price it will offer
it to the State for. Because it has not yet registered its product, it has not disclosed a private sector
price either. In other countries, where Vertex has entered into deals with governments there, the
price is also undisclosed. Globally, there is no price transparency.

- We know that even under the South Africa programme, treatment can cost hundreds of thousands
of rands for patients to participate. Cystic fibrosis patients in South Africa cannot afford the high
costs, nor can the State for use in the public health sector (until Vertex seeks and obtains SAHPRA
registration the State cannot procure, by law).
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- Re-open the investigation into Vertex Pharmaceuticals for abuse of dominance, abuse of market
monopoly, excessive pricing, and anti-competitive conduct. Vertex’s long standing refusal to let
generic entries in the market, must also be sanctioned and remedied.

- Stop hiding behind “confidential” undertakings, and investigate robustly, to provide a meaningful
outcome that is transparent for those that desperately need it, and which guarantees access for all,
not just the privileged. At the very least, it should not regard the price confidential, it should release
the narrow list of eligible medical schemes under the Vertex programme.

. The Competition Commission must also conduct its 2025 investigation guided by the lived
experiences of patients (adults and children) with cystic fibrosis and the ample expertise of cystic
fibrosis doctors and researchers.

- We want the Competition Commission to impose appropriate penalties on Vertex.

Because:

- We need timely, affordable generic entries plans for South Africa through, inter alia, appropriate
licensing regimes, and at the very least, immediate price transparency and affordable and sustainable
access for ALL.

- We need medical schemes such as Discovery (that we believe had a part in negotiating the Vertex
programme) to immediately lift all waiting periods it has imposed for new members who switched to
Discovery’s top end plans to get access for their loved ones in 2024 and 2025. They should not be
forced to wait until 2026 and 2027 for access. Ex gratia waivers are warranted!

« The Council for Medical Schemes
- The National Department of Health
- South African Health Products Regulatory Authority (SAHPRA)

They must act to review and investigate WHY it is that:

« Certain medical schemes are excluded from the Vertex programme;
- Some medical schemes are insisting on long waiting periods;

« Cystic fibrosis is not listed as a Prescribed Minimum Benefit (PMB);
- Trikafta is not on the national Essential Medicines List (EML); and

- Vertex is allowed to indefinitely continue to *not* register its product with SAHPRA.
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Why must we examine the conduct of pharmaceutical
companies?

- In South Africa, many pharmaceutical companies are using Section 21 exemptions under the
Medicines Act that do not require price disclosure, to avoid price scrutiny and hence refusing to
complete a full registration of their product in South Africa.

- Some companies conduct clinical trials in South Africa, then over-patent their products, but refuse to
register it in South Africa thereafter, for use in the public and private health sectors.

« Our laws must be changed or time limits must be imposed on companies that want *patents* and
market monopolies here, but then refuse to *register* their medicines with SAHPRA, and market it
here, often, for years, while barring generic competition.

It is time to stand up to the bullying:

- The South African Government stood up to big pharma before, it should do so again: Tell Vertex that
its weak, unsecure, unenforceable and flimsy undertakings and anti-competitive conduct including
high prices will not be tolerated: Issue a Compulsory License now!

- We cannot allow inequity to thrive: Right now, the Vertex programme contributes to a rich-poor
divide, and to inequity and inequality. The Competition Commission must not allow this, nor should
our government.

The cystic fibrosis community and our allies refuse to accept the status quo and the incorrect
characterisations of “access secured” by Vertex and the Competition Commission.

We want openness, frank conversations, and no secrecy.

» Why can’t patients talk publicly about the programme and their experience or their
exclusion from it?

» Why can’t patients and providers even mention the local implementers of the programme?
» Why does Vertex get the power to call the shots?

We refuse to be silenced to have a shot at access.

We live in a constitutional democracy that promotes transparency.

We want the state and Competition Commission and other regulatory bodies to act to
promote and respect and advance our health rights, with openness.
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