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Your voive Amplified.
We are here gor you.

Access Achieved. Trikafta listed for 271 more gene mutations.

Today marks a profound and emotional milestone in our shared journey.

Today the Australian Government has announced the expanded listing of Trikafta on the
Pharmaceutical Benefits Scheme (PBS), granting access to hundreds more people living
with cystic fibrosis, including approximately 45 individuals who will receive a modulator
therapy for the very first time. Many of these individuals carry rare or ultra-rare mutations
that, until now, had no approved modulator treatment available.

Your voices have been heard.

Trikafta (elexacaftor/tezacaftor/ivacaftor) will now be available on the PBS from the 1% of
July for people with CF aged two years and older who have at least one responsive CFTR
mutation, as determined by clinical or in vitro evidence. This landmark decision extends
the therapy’s eligibility to cover an additional 271 gene mutations, significantly
broadening access to this life-changing treatment across all ages and genetic profiles.



You can view the list of eligible mutations below.

Table 6: List of CFTR Gene Mutations Responsive to TRIKAFTA
Mutations responsive to TRIKAFTA based on clinical data”
27894 5G —~A D1Is2H L206W R1066H" SoqsL
3272-26A-G F308del’ LY97F R1IC! 13385
3849+ 10kbC T GSSE' M110IK R347H" y2320"
A4SSE' L1077P* PSL' R347P"
Mutations responsive to TRIKAFTA based on in vitro data’
N1303K F2001 11139V P374H S1045Y
1307 _1515del9 F31ldel 1125T P67L S108F
21834—G F3lIL 11269N P750L S1118F
3141del F308C 11366N QI29IR S1139F
S546insCTA F308C:S125IN 1148N Q1313K S1139P
AI006E F375Y 1148T Q237E S1235R
Al067P F3871 1735V Q237H S123IN
A1067T GIOTR 133IN Q359R S1235P
A107G Gl06IR 1336K 0372H SI3F
A120T GlO69R 15021 OJ93R S341P
A234D GlI23R 13061 Q352pP S364P
A309D GI2HE 1356V Q98R SI92F
A349V GI2I7R 1601F RI048G S3491
Ad6D GI249R 1618T R10700 SS49N
ASSIE G126D I1S07M RIO7OW S349R
A62P GI1349D 1980K RI162L S389N
C49IR Gl78E K1060T RII7C.G576A.R668C S737F
DII10E GI78R K162E RIITG S912L
DI110H GI9IR KJI64E RIITH S977F
DI270N Gl LI0I1S RIITL T1036N
DI4ISN G27E LI324P RI1I7P T10331
DI92G G27R LI333P RI283M 110861
Did3Y GIIE LI37P RI1283S 712461
DI43Y.GS76A.R668C G248 L1480P RI70H 712991
D365G G631 LISP 258G 13511
DS79G G480C L165S R2970 VIIS3E
D61G G430S L320V R3IC Vi240G
DS36Y G35IA L333F R3IL Vi293G
D92IN G351D L333H R334L V201M
DI79V G351S L346P R3340 1392G
D993Y G3764 L4dIP R347L Vds64
Ell6K GS5764.:R668C L4338 R3520 Vis6F
El116Q G622D L619S R352W V362l
E193K G625R L9678 R5165 V603F
E292K G970D MI1I37V R3530 V754M
E403D G970S MI50K R3335G Wi1098C
E474K HI1034D MIS2V R668C WI282R
ES6K HI1085P M265R R7090 W36IR
ESSSV HIOS3R M9521 R740 Y1014C
E60K HI375P M9S2T R74W Y1032C
ES22K HI39R N1088D R74W:DI270N YI109N
2K HI99Y N13031 R74W:V20IM Yi61D
Fl0168 H620P N1S6K R74W:V20IM.DI1270N Y161S
Flo32v H6200 NISTK R731L Y30IC
F1074L HI39R NJISS R75L Y363N
F1099L HI39R HO4IL P140S R750
Fl107L 10271 P203S R792G
Fi91v 105N P4994 R933G
Mutations r ive to TRIKAFTA based on extrapolation from Trial §'
4003 +2T—C 2789+ 2insA 3849+ 404A—G 3T.1G13
1341G—A 296+ 284—G 38494 d4—G 621 +34—G
1898 434G 3041-15T—G 3850-3T—G 711+34—G
2752-264—G 3600G—A ST.1G12 ES3IX
* Clinical data obtained from Trials 1,2, and §.
' This is also predicted 1o be responsive by FRT assay.
* The N1303K mutation is predicted to be responsive by HBE assay. All other mutations predicted 1o be responsive with in vitro data are supported by FRT
assay.
'Efficacy is extrapolated from Trial § 1o non-canonical splice mutations because clinical trials in all mutations of this subgroup are infeasible and these
are not ble 10 1 gation by FRT system.




More Information Available HERE

Importantly, the revised Australian Product Information (PI) will now allow healthcare
providers to consider Trikafta for individuals with non-Class I mutations not specifically
listed, where the benefits are deemed to outweigh the risks. This use must be carefully
assessed and monitored by clinicians, provided the individual does not carry two Class I
mutations. If you are impacted by this, we recommend you speak directly to your doctor
for further details.

On behalf of Cystic Fibrosis Australia, I want to say this directly to our community:
We see you. We advocated with you. And today, we celebrate with you.

This announcement is the result of our tireless advocacy, and that from families,
researchers, clinicians, CF Federation members, and most importantly, from those living
with CF. Today’s success reflects what can be achieved when a community stands united,
determined, and refuses to give up. Our voices have been heard, and this decision will
transform lives.

This is the impact of advocacy. What once felt out of reach is now within our grasp.

This progress was made possible because the Australian Government took a pragmatic and
inclusive approach, recognising the value of real-world data, in vitro studies, and lived
experience, and for that, we thank them. Their decision to look beyond traditional clinical
trial constraints has placed Australia at the global forefront of equitable CF care.

To everyone who shared their story, signed a petition, wrote to decision-makers, or stood
beside someone with CF, thank you. This is your achievement too.

And while today is a breakthrough, a moment of real progress, our work is far from over.
We must continue pushing forward to ensure every person with CF, especially those with
Class I mutations who still have no access to modulator therapies, receives the treatment
they need and deserve to have longer healthier lives.

CFA remains firmly committed to fighting for equity, innovation, research, and access, so
that every person with CF, regardless of their age, mutation, or postcode, receives the care
and support they deserve.


https://cysticfibrosis.us11.list-manage.com/track/click?u=96cdb979325ca8f6eca22f147&id=6afc7df794&e=8abbda5680

Together, we are stronger.
Together, we are rewriting the future of cystic fibrosis in Australia.

Join us live on the Cystic Fibrosis Australia Facebook page from 9am (AEST) today, as
Federal Health Minister Mark Butler delivers this exciting announcement.

With gratitude and hope,
Jo Armstrong
Chief Executive Officer

Cystic Fibrosis Australia



