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Positive PBAC Recommendations for Trikafta and Kalydeco Extensions

We are pleased to share an important update that marks another step forward in our shared
mission to ensure timely, equitable access to effective cystic fibrosis therapies for all
Australians.

At its March 2024 meeting, the Pharmaceutical Benefits Advisory Committee (PBAC)
reviewed two proposed extensions to existing cystic fibrosis treatments. We are delighted
to announce that both have been recommended for listing:

Trikafta: Proposed Extension to include children aged 2 years and older with a responsive
CFTR gene mutation.

This recommendation has the potential to give 45 children access to a CFTR modulator
therapy for the first time. Additionally, approximately 200 individuals currently using
Symdeko or Kalydeco may become eligible to transition to Trikafta, offering broader
treatment options.

Kalydeco: Proposed Extension to include infants aged 1 to 4 months with at least one CFTR
gene mutation responsive to Ivacaftor.

This expansion would enable early intervention for approximately 10 babies each year—
providing a crucial opportunity to impact health outcomes in the earliest months of life.

Next Steps

While these recommendations are a significant milestone, several steps remain before these
extensions become accessible under the Pharmaceutical Benefits Scheme (PBS). These
include:

e Ongoing TGA assessment for the Trikafta extension, which will define the specific
gene mutations covered. The PBAC recommendation currently supports access for
individuals with at least one responsive CFTR mutation, and TGA approval on the
additional gene mutations is expected in the coming weeks.

o Pricing negotiations between the Australian Government and the sponsoring
pharmaceutical companies before final PBS listing.

You can follow progress and view related details through the TGA and FDA listings.


https://cysticfibrosis.us11.list-manage.com/track/click?u=96cdb979325ca8f6eca22f147&id=c979663411&e=8abbda5680
https://cysticfibrosis.us11.list-manage.com/track/click?u=96cdb979325ca8f6eca22f147&id=f4a173334f&e=8abbda5680

Thank You for Your Advocacy

These outcomes would not be possible without the continued advocacy and support of the
cystic fibrosis community. The PBAC specifically acknowledged the power and value of
consumer voices in its decision-making process. Your stories and submissions made a
difference.

This is advocacy in action—and it works.

Looking Ahead: July PBAC Meeting

Consumer comments are now open for the July 2024 PBAC meeting, where the
committee will consider Alyftrek —a new, once-daily triple combination therapy
(vanzacaftor/tezacaftor/deutivacaftor) proposed for people aged 6 years and older with
at least one F508del or other responsive CFTR mutation.

This therapy is not yet approved in Australia and is currently under review by
the TGA in parallel with the PBAC submission. Your input can once again make a
meaningful impact.

Comments close 28 May 2024

Submit your Comment Here

Warm regards

Dr Jo Armstrong
Chief Executive Officer
Cystic Fibrosis Australia
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