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in Residual-Function Heterozygotes with Cystic Fibrosis. N Engl
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ik 1 EAERE L2 (2025 4F 5 A 23 B,
@O Heneghan M, Southern KW, Murphy J,et al., Corrector therapies
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class II CFTR gene variants (most commonly F508del). Cochrane
Database Syst Rev. 2023 Nov 20;11(11):CD010966. doi:
10.1002/14651858.CD010966.pub4. PMID: 37983082 .14
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AN EBEIZB W T, CFTR BEIENEIRIIICE 2 2 2827 - h 3 5
ZEThos,
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bR 13 1 (G5 2215 4 OBME) 23BN L o84 Eh L 7=,
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WEL (95% CI 3.61%~6.80% ; 504 ADOSINFE ; & dh
HOGEH) . 1 B 2 [E&ET25ZET 2.40%WES LT

(95% CI 0.40%~4.40% ; 204 ADOZME ; K5HE OFE
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1 B D REHL)

v lumacaftor/ivacaftor 400 mg # 1 H 2 A& 5 X 7= &0
FlL, mAOHIED 120 HFOWHB L O 7+ 0 —7 v
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J£ 4.1 mmHg) 7 LS L7= (80 ADOSINFE ; & dbnE DFE
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T2,

2 DO HBEEFIERMNW 2 HAEELT R L 2,
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FOT—HF NV, EEEB~OFEHZHRFT 282X, 2

COREBETLHLEND D,

(3) #REFE~OEFEER R E L TORERN

<IN B T DHFEE>
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1) Ivacaftor-tezacaftor-elexacaftor, tezacaftor-ivacaftor and lumacaftor
-ivacaftor for treating cystic fibrosis. National Institute for Health

and Care Excellence (NICE); 2024 Jul 24. ISBN-13:
978-1-4731-6249-5.1%
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Section 2.2) P67L, R117C. L206W. R352Q. A455E, D579G. 711+3A
—G, S945L., S977F, R1070W. D1152H., 2789+5G—A. 3272-26A
—G. 3849+10kbC—T
2)  Clinical Care Guidelines. Cystic Fibrosis Foundation.®
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T%éﬂ%ﬁ#b%f\EWTi@% SIRCYLIE LRI 3 v F o — L
DOWBEE LN Y, —HFECE TR, BARLREREOIBROM, IHEFE % s
THCFTREYV 2 L—Z =2 KR I TE Y, AAlX, CFTR E{x 1T F508del
EROFEEAKREZIL in vitro 7 — % B X OV E 72 1B R IFEILIZ S\ T
tezacaftor ivacaftor (257 % CFTR B il b 1 >OXEREHFET D
FRVERMEIE OIREICHW O, ARHEZRLTWS, b Z Lnn, KE
RN THEBEINTNDZ EEBFEIT-ABOBERIIRYEEZ LN, BRKE
W —DNEE - IR ETHZENWY B 2D,

<HEYEME - HEIZOWT>

13



ARIERN P AR SN A EOESFEERIL, 6 b LT 12N b ATV D b
OO, FROKE L, RHZE - REEENEENDLIZ EnD Y 6 mh bl
HATE2XoIcTr2enmEbEEZS, 72, HiE- HEIZOWTH, 6 5%
MWHOHE - HEZEHAT 22 0@ EEZ L, £, KEFORG &I
CThyH, KR THLRKEOHE - HELTHZENET EEZEZOND,

<BRIRBIALIE ST IZHOWT >

[E 4BV T CFTR BAR T IC AR 2 A 2 ZHAMEMRMEAE IS LT CFTR £ =
L—H —RM— DI TH Y | EWNICFEIERMEE C 3 2 1B IIFE L
RN LD, ERNIZEBWTS CFTR B15 11T F508del ZERDKREHEA KA H
TOERMEBRMEIEICT L TARAPE —BRELRDL, B,
elexacaftor/tezacaftor/ivacaftor (TRIKAFTA) 75, AIBIZEA I =% AL,
elexacaftor/tezacaftor/ivacaftor (TRIKAFTA) # 512 &4 EOBRENH 5
GHOREELEBER D,

4., Efid XEHBROMEL LD HER

5. 1%
<HH Y FH K4 M ONEL S 5 >

< ZE Dl >
1)

6. 25— %&

1) R TE o 7 —. ERIVERRMERE (F5 EEER 299) . Available from:
https://www.nanbyou.or.jp/entry/4531 [accessed 2025 Jun 12].

2) FDA Approves SYMDEKOTM (tezacaftor/ivacaftor and ivacaftor) to
Treat the Underlying Cause of Cystic Fibrosis in People Ages 12 and

Older with Certain Mutations in the CFTR Gene. Feb 12, 2018.
Available from:

https://investors.vrtx.com/news-releases/news-release-details/fda-approves-sy
mdekotm-tezacaftorivacaftor-and-ivacaftor-treat?ReleaselD=1057241.
[accessed 2025 Jun 12].

3) Kozawa Y, Yamamoto A, Nakakuki M, et al., Clinical and genetic
features of cystic fibrosis in dJapan. J Hum Genet. 2023
Oct;68(10):671-680. doi: 10.1038/s10038-023-01160-2. Epub 2023
May 22. PMID: 37217688.

14



https://www.nanbyou.or.jp/entry/4531

4)

5)

6)

7)

8)

9)

10)

11)

rilad, (CRIERS. A E. et al., BIIMERAEIE DZIR O F5] & . ET 2

. JEAR T B AT SR A B e VS R R B S s IRAIT 78 S 2 T TR MR R R

BRI 9 A WF9CHE ] 2018 4F 1 A .Available from:
http://www2.htc.nagoya-u.ac.jp/~ishiguro/lhn/cftebiki.pdf.

[accessed 2025 Jun 12].

Ren CL, Morgan RL, Oermann C, et al., Cystic Fibrosis Foundation

Pulmonary Guidelines. Use of Cystic Fibrosis Transmembrane

Conductance Regulator Modulator Therapy in Patients with Cystic

Fibrosis. Ann Am Thorac Soc. 2018 Mar;15(3):271-280. doi:
10.1513/AnnalsATS.201707-5390T. PMID: 29342367.

Cystic Fibrosis Foundation. CFTR Modulator Therapies. Available

from:

https://www.cff.org/managing-cf/cftr-modulator-therapies

[accessed 2025 November 26]

JEAE T BB A SR A B e R MR B BURMF R . NRBIRIE D A

SEVRPERT IR R R B 1 B EEKHEW N B QOL O LD 7= O

B, BEE - WA E (B 5 ) . ERMEMRMEICET S

#F9% Available from:

https://mhlw-grants.niph.go.jp/system/files/download pdf/2023/2023
10028A.pdf

[accessed 2025 November 26]

Medicines & Healthcare products Regulatory Agency, Public

Assessment Report National Procedure, Symkevi 100 mg/150 mg
film-coated tablets, tezacaftor / ivacaftor, Available from:
https://mhraproducts4853.blob.core.windows.net/docs/5dd40a192076
0ed22d5710a7fe44bc9138248564

[accessed 2025 November 26]

European Medicines Agency, Symkevi 50 mg/75 mg film-coated
tablets. [Online]. Available from:
https://www.ema.europa.eu/en/documents/product-information/symk
evi-epar-product-information_en.pdf

[accessed 2025 November 26]

Health Canada, Product Monograph Including Patient Medication
Information, PrSYMDEKO®, Tezacaftor / Ivacaftor Tablets and
Ivacaftor Tablets and Ivacaftor 150 mg Tablets, Oral. Submission
Control Number: 237289, Available from:
https://pdf.hres.ca/dpd_pm/00058025.PDF

[accessed 2025 November 26]

Therapeutic Goods Administration, SYMDEKO® Product Information

15



https://www.cff.org/managing-cf/cftr-modulator-therapies
https://mhlw-grants.niph.go.jp/system/files/download_pdf/2023/202310028A.pdf
https://mhlw-grants.niph.go.jp/system/files/download_pdf/2023/202310028A.pdf

12)

13)

14)

15)

(FINAL 2025_01_08), Available from:
https://www.ebs.tga.gov.au/ebs/picmi/picmirepository.nsf/pdf?OpenA
gent=&i1d=CP-2019-P1-01253-1&d=20251126172310101

[accessed 2025 November 26]

Taylor-Cousar JL, Munck A, McKone EF, et al., Tezacaftor- Ivacaftor
in Patients with Cystic Fibrosis Homozygous for Phe508del. N Engl J
Med. 2017 Nov 23;377(21):2013-2023. doi: 10.1056/NEJMoa1709846.
Epub 2017 Nov 3. PMID: 29099344.

Rowe SM, Daines C, Ringshausen FC, et al., Tezacaftor- Ivacaftor in
Residual-Function Heterozygotes with Cystic Fibrosis. N Engl J
Med. 2017 Nov 23;377(21):2024-2035. doi: 10.1056/NEJMoa1709847.
Epub 2017 Nov 3. PMID: 29099333.

Heneghan M, Southern KW, Murphy dJ,et al., Corrector therapies
(with or without potentiators) for people with cystic fibrosis with
class II CFTR gene variants (most commonly F508del). Cochrane
Database Syst Rev. 2023 Nov 20;11(11):CD010966. doi:
10.1002/14651858.CD010966.pub4. PMID: 37983082.
Ivacaftor-tezacaftor-elexacaftor, tezacaftor-ivacaftor and lumacaftor
-ivacaftor for treating cystic fibrosis. National Institute for Health
and Care Excellence (NICE); 2024 Jul 24. ISBN-13:
978-1-4731-6249-5. Available from:
https://www.ncbi.nlm.nih.gov/books/NBK612143/ [accessed 2025 Jun
12].

16




