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Challenges in Health Economic Modeling of Phenylketonuria (PKU):
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Supplementary materials:

Websites of the following HTA agencies were searched.:
 Pharmaceutical Benefits Advisory Committee, Australia

« Pharmaceutical Benefits Advisory Committee. Public Summary Document — March 2018 (Sapropterin)

« Pharmaceutical Benefits Advisory Committee. Public Summary Document — July 2022 (Sapropterin)

« Pharmaceutical Benefits Advisory Committee. Public Summary Document — July 2022 (Pegvaliase)

Canada Drug Agency (formerly Canadian Agency for Drugs and Technologies in Health), Canada

« CADTH Canadian Drug expert committee final recommendation — July 20, 2016

« CADTH Reimbursement recommendation Pegvaliase (Palynziq)

National Institute for Health and Clinical Excellence, England

« Single Technology Appraisal — Sapropterin for treating phenylketonuria [ID1475] - Committee Papers — March 2021

* Final appraisal document — Sapropterin for treating hyperphenylalaninaemia in phenylketonuria — August 2021

National Centre for Pharmacoeconomics, Ireland

« NCPE summary — Sapropterin (Kuvan) for the treatment of phenylketonuria (PKU) — June 2009

« NCPE summary — Pegvaliase (Palynzig®) for the treatment of patients with phenylketonuria (PKU) — September 2022

Scottish Medicines Consortium, Scotland

« Scottish Medicines Consortium final advice — Sapropterin (Kuvan) — July 2018

Federal Joint Committee / Institute for Quality and Efficiency in Health Care, Germany

« GBA benefit assessment procedure for the active ingredient pegvaliase (phenylketonuria) — July 2019

Haute Autorité de Santé, France

* Transparency Committee opinion — KUVAN — February 2009

National Health Care Institute, The Netherlands

« Sapropterin (Kuvan) with hyperphenylalaninemia — March 2009



https://www.pbs.gov.au/pbs/industry/listing/elements/pbac-meetings/psd/2018-03/Sapropterin-psd-march-2018
https://www.pbs.gov.au/info/industry/listing/elements/pbac-meetings/psd/2022-07/sapropterin-tablet-soluble-containing-sapropterin-dihydrochloride-100-mg
https://www.pbs.gov.au/info/industry/listing/elements/pbac-meetings/psd/2022-07/Pegvaliase-Palynziq-PSD-july-2022
https://www.cda-amc.ca/sites/default/files/cdr/complete/SR0472_complete_Kuvan-Oct-28-16.pdf
https://www.pbs.gov.au/info/industry/listing/elements/pbac-meetings/psd/2022-07/Pegvaliase-Palynziq-PSD-july-2022
https://www.cda-amc.ca/sites/default/files/cdr/complete/SR0472_complete_Kuvan-Oct-28-16.pdf
https://www.cadth.ca/sites/default/files/DRR/2022/SR0712%20Palynziq%20-%20CADTH%20Final%20Recommendation%20Final.pdf
https://www.nice.org.uk/guidance/ta729/documents/committee-papers
https://scottishmedicines.org.uk/media/3652/sapropterin-kuvan-final-july-2018-for-website.pdf
https://www.nice.org.uk/guidance/ta729/documents/committee-papers
https://www.nice.org.uk/guidance/ta729/documents/final-appraisal-determination-document-2
https://scottishmedicines.org.uk/media/3652/sapropterin-kuvan-final-july-2018-for-website.pdf
https://www.nice.org.uk/guidance/ta729/documents/final-appraisal-determination-document-2
https://ncpe.ie/wp-content/uploads/2017/09/Sapropterin-Kuvan-summary-2009.pdf
https://ncpe.ie/wp-content/uploads/2020/02/Technical-Summary-Pegvaliase-HTAID-21057.pdf
https://scottishmedicines.org.uk/media/3652/sapropterin-kuvan-final-july-2018-for-website.pdf
https://www.g-ba.de/bewertungsverfahren/nutzenbewertung/471/#dossier
https://www.has-sante.fr/upload/docs/application/pdf/2010-11/kuvan_ct_6206.pdf
https://www.zorginstituutnederland.nl/publicaties/rapport/2009/03/23/sapropterine-kuvan-bij-hyperfenylalaninemie
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