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1) NICE, Technology appraisal guidance https://www.nice.org.uk/About/What-we-do/Our-Programmes/NICE-

guidance/NICE-technology-appraisal-guidance

2) BRIEPEEBCENIZENT [ 325 NICE @ HST 25 W2 R G OAERFL ] BORWF= = — X No.67 (20224:11H)
3) NICE, Published : Guidance, quality standards and advice https://www.nice.org.uk/guidance/published’ngt=Highly+

specialised+technologies+guidance

4) NICE, NICE-wide topic prioritisation : the manual https://www.nice.org.uk/process/pmg46/resources/nicewide-topic-

prioritisation-the-manual-pdf-72286839710917
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(Patient Access Scheme), MAA (Managed Ac-

5) Source Health Economics, Rare Disease Day 2022 - how NICE is responding to the growing rare disease therapy
space https://source-he.com/rare-disease-day-2022-how-nice-is-responding-to-the-growing-rare-disease-therapy-space/

6) FLWEHE G 2L X200 BMOIA M, #HiLLESNZEMORE GIH) TéElo7200

7) Quality-adjusted life year (EFHEATEAE) : TA R HST OB HBESHICBWTHWSENL T 7 L45EEC, EH4E

Bl fReBE QOL (BME) O TRDLZENTES

8) TtRH. [927 A% —F, FENICE THAHESE ] MEW7Z2517 0 HTA, BEHER  10.1.2019
9) HST2. HST3. HST6® 3 fi& web ¥4 b EIZ48#Z: L, HST151F HST24 & L THAFAIIC R ST iz7z il — 77

L5 AR LCTHRILLTZ

10) ICERIZ.PAS (Patient Access Scheme) |2 & DB E N WEEDDH D, HEE LTV ZRWH Dl [RIBH ], Weight

TIHBHDO LWL DIZOWT [AH] L L7

11) NICE, NICE health technology evaluations : the manual N https://www.nice.org.uk/process/pmg36/resources/nice-
health-technology-evaluations-the-manual-pdf-722867792447411CE health technology evaluations : the manual
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HST31 2024 Imcivree 174,904 AHH Recommended | PAS O A O
HST30 | 2024 Kanuma FFe 1~3 |Recommended| PAS | — O AN
HST29 2023 Lamzede 103,600 1 Recommended | PAS O VAN VAN
HST28 2023 Filsuvez <100,000 1 Recommended | PAS O — VAN
HST27 2023 Scenesse | 133,748~253,676 1 Not recommended | — VAN — VAN
HST26 | 2023 Upstaza RIGH A Recommended| PAS | — AN AN
HST25 | 2023 Oxlumo <200,000 2 Recommended| PAS | @ O AN
HST24 | 2023 | Zolgensma ES L 3 Recommended| PAS | — — AN
HST23 2023 Strensiq 88,410 AHH Recommended | PAS O — AN
HST22 | 2023 |Translarna ESCE 1 Recommended| PAS | @ VAN AN
HST21 | 2022 Imcivree 194,630 AHH Recommended | PAS [ VAN O
HST20 | 2022 Koselugo FS L 1 Recommended| PAS O A VAN
HSTI19 | 2022 Vimizim <300,000 ABH Recommended| PAS | O AN A
HSTI18 | 2022 | Libmeldy FAGH ANHH Recommended| PAS o VAN VAN
HST17 | 2022 Bylvay FIBIK 1 Recommended| PAS | O VAN O
HSTI16 | 2021 Givlaari >100,000 18 Recommended| PAS | © O A
HST14 2021 Myalepta 108,267 1 Recommended | PAS @) — —
HSTI13 2020 Waylivra 98,013 Recommended| PAS O VAN VAN
HST12 | 2019 Brineura KABH Recommended | MAA | @ A VAN
HST11 2019 Luxturna |114,956~155,750 12 Recommended | PAS (@) VAN VAN
HSTI10 2019 Onpattro | 80,730~125,256 1 Recommended | PAS O VAN VAN
HST9 2019 Tegsedi 96,697 1 Recommended | PAS O VAN VAN
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HST7 2018 | Strimvelis 120,506 143 £ U196 | Recommended | — o AN O
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HST1 2015 Soliris ESiL 1 Recommended | MAA | A A A
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12) The British Porphyria Association, SCENESSE ® update http://porphyria.org.uk/scenesse-updates/
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pdf
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BRIZOWTHET 25 H 2 H 58 L4

16) BE3EESEBORMIZEHT [ B3N 02 19MiE O 2 mAEHi] ) % —F_—73—No.76 (202143 A)
17) NICE, Lumasiran for treating primary hyperoxaluria type 1 https://www.nice.org.uk/guidance/hst25
18) BEIEPESEBCGRMZEA [N O LR RME—ERA A B L OB E b B F 2 28— )+ —F~<—,3=No.79

(202243 H)

19) ISPOR HA#E& =2 — AL ¥ — Nol5 (https://ispor-jp.org/wp-content/uploads/2024/07/ISPOR_NL15.pdf)

20) PhRMA & — 24— (https://www.phrma-jp.org/hta/)

21) NICE, Setmelanotide for treating obesity and hyperphagia in Bardet-Biedl syndrome https:.//www.nice.org.uk/

guidance/hst31
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22) NICE, Voretigene neparvovec for treating inherited retinal dystrophies caused by RPE65 gene mutations https://
www.nice.org.uk/guidance/hst11/chapter/4-Consideration-of-the-evidence
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