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MEDICINES RECOMMENDED FOR APPROVAL
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NEW ACTIVE SUBSTANCES

4149 M g8 H2 °IAEL Therapeutic area® 2 Cancer 1271(29%), CHE 22 Neurology 671(15%), Metabolismd} Covid-197t
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2k2F 4

(10%) 22 F&E|11, CAR-T, mAb/BsAb, Radioligand conjugate, Small molecule, Cell&Gene Therapy & ZetEZ CHASH DEZ|EIE ZT SIRACH
oHH, EMAZ} #st Aol 83%= 20223 FDAZ} SQI8t 412 (Carvykti, Imjudo, Kimmtrak, Lunsumio, Opdualag, Pluvicto, Tecvayli, Amvuttra,

Quvivig, Mounjaro )22 =QI=ICH (& 1).

<H 1> 41 New Active Substances

Therapeutic FDA
ot rapett CEES L L BgE B|Ay
Area 20|
Diffuse large B-cell lymphoma,
Lisocabtagene
1 primary mediastinal large B-cell lymphoma, Breyanzi CD19 CAR-T BMS o
maraceucel
follicular lymphoma grade 3B
Ciltacabtagene
2 Multiple Myeloma Carvykti BCMA CAR-T Janssen o
autoleucel

Pierre Fabre
3 Lymphoproliferative Disorders Ebvallo Tabelecleucel T-cell immunotherapy X

Cancer Medicament
4 Carcinoma, Hepatocellular Imjudo Tremelimumab CTLA-4 monoclonal Ab AstraZeneca o

gp100 peptide-HLAXCD3
5 Uveal melanoma Kimmtrak Tebentafusp Immunocore o
bispecific T cell engager

6 Lymphoma, Follicular Lunsumio Mosunetuzumab CD20xCD3 bispecific antibody Roche o}

LAG3-targeted mAb+PD1- Bristol-Myers
7 Melanoma Opdualag Relatlimab+nivolumab o

targeted mAb Squibb
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Therapeutic FDA
ot pedt X AEY ey BgE B|A
Area =0l
Lutetium Lu-177 PSMA-binding radioligand
8 Prostatic Neoplasms, Castration-Resistant Pluvicto Novartis o
vipivotide tetraxetan therapeutic agent
9 Carcinoma, Non-Small-Cell Lung Tabrecta Capmatinib MET Kinase inhibitor Novartis o
BCMAXCD3 bispecific

10 Multiple Myeloma Tecvayli Teclistamab Janssen o}

antibody

Tremelimumab
11 Carcinoma, Non-Small-Cell Lung Tremelimumab CTLA4-targeted mAb AstraZeneca o
AstraZeneca
diffuse large B-cell lymphoma,
12 Zynlonta Loncastuximab tesirine CD19 target ADC ADC Therapeutics o
high-grade B-cell lymphoma
13 Amyloid Neuropathies, Familial Amvuttra Vutrisiran TTR-targeted siRNA Alnylam o
Idorsia
14 Sleep Initiation and Maintenance Disorders Quviviq Daridorexant Orexin receptor antagonist o
Pharmaceuticals
15 Migraine Disorders Rayvow Lasmiditan 5-HT1F receptor agonist Eli Lilly o
Neurology
Eladocagene
16 Amino Acid Metabolism, Inborn Errors Upstaza AADC AAV gene therapy PTC Therapeutics o
exuparvovec
17 Migraine Disorders Vydura Rimegepant CGRP receptor antagonist Pfizer o
18 Myasthenia Gravis Vyvgart Ffgartigimod alfa Fc receptor (FcRn) blocker Argenx o
) ) Parathyroid hormone-related )

19 Osteoporosis Eladynos Abaloparatide ) Radius Health o}

protein

Endocrinology GIP receptor and GLP1
20 Diabetes Mellitus, Type 2 Mounjaro Tirzepatide Eli Lilly o
receptor agonist
Haematology/ Etranacogene Factor IX-encoding AAV gene

21 Haemophilia B Hemgenix CSL Behring o

Haemostaseology dezeparvovec therapy
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Therapeutic FDA
ol pett M85 AEY ey B2 BlAHy
Area =0l
Valoctocogene Factor Vlll-encoding AAV BioMarin
22 Haemophilia A Roctavian o
roxaparvovec gene therapy Pharmaceutical
Synthetic form of cyclic
23 Metal Metabolism, Inborn Errors Nulibry Fosdenopterin Zydus France o
pyranopterin monophosphate
Genetic Diseases, Inborn
24 Pyrukynd Mitapivat Pyruvate kinase activator Agios o
Anemia, Hemolytic
Acid sphingomyelinase deficiency type A/B or
25 Xenpozyme Olipudase alfa Acid sphingomyelinase ERT Sanofi Genzyme o
type B
Eiger
26 Progeria, Laminopathies Zokinvy Lonafarnib farnesyltransferase inhibitor o}
Biopharmaceuticals
Tixagevimab two mAbs, targeted surface
27 COVID-19 virus infection Evusheld AstraZeneca X
cilgavimab spike protein of SARS-CoV-2
SARS-CoV-2 main protease
o . . Nirmatrelvir inhibitor i
28 COVID-19 virus infection Paxlovid ) ) S Pfizer Europe o
ritonavir HIV-1 protease inhibitor and
Covid-19 strong CYP3A inhibitor
SARS-CoV-2 virus COVID-19 vaccine
o COvVID-19 — — : .
29 COVID-19 virus infection ) (inactivated) Wuhan (inactivated, adjuvanted, Valneva Austria X
Vaccine Valneva .
strain hCoV-19 adsorbed)
SARS-CoV-2 prefusion .
. . . . . COVID-19 Vaccine .
30 COVID-19 virus infection VidPrevtyn Beta | Spike delta TM protein, . . Sanofi Pasteur X
] (recombinant, adjuvanted)
recombinant
Recombinant mAb activity
31 Infections lower respiratory tract disease caused by RSV Beyfortus Nirsevimab AstraZeneca X
against RSV
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~a Drug Developmer

Th ti FDA
ot Srapettie M85 L e BgE B|A
Area =0l
Cytomegalovirus pUL97 Takeda
32 Cytomegalovirus Infections Livtencity Maribavir o
kinase inhibitor Pharmaceuticals
33 HIV Infections Sunlenca Lenacapavir sodium HIV-1 virus capsid inhibitors Gilead Sciences o}
Immunology/ )
Hemolysis ) o )
34 Rheumatology/ . . . Enjaymo Sutimlimab mAB attaches to C1s Sanofi Genzyme o
] Anemia, Hemolytic, Autoimmune
Transplantation
Peripheral kappa opioid
35 difelikefalin Kapruvia Difelikefalin vifor pharma X
receptor agonist
Nephrology
calcineurin-inhibitor Otsuka
36 Lupus Nephritis Lupkynis Voclosporin o
immunosuppressant Pharmaceutical
Wet Macular Degeneration
37 Macular Edema Vabysmo Faricimab bispecific IgG1 antibody Roche o
Diabetes Complications
monoclonal IgG2A thymic
Pneumology/ ) o
38 Asthma Tezspire Tezepelumab stromal lymphopoietin (TSLP)- AstraZeneca o
Allergology . .
blocking antibody
Boehringer
39 Dermatology Psoriasis Spevigo Spesolimab IL-36 signaling antagonist o
Ingelheim
Diagnostic PSMA-binding radioligand
40 Radionuclide Imaging Locametz Gozetotide Novartis o
agents therapeutic agent
Dengue tetravalent dengue tetravalent vaccine Takeda
41 Vaccines Dengue Qdenga X

vaccine

(live, attenuated)

Pharmaceutical




IMPORTANT CONTRIBUTIONS TO PUBLIC HEALTH
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H 2). & ZO0F0|A 47 (Carvykti, Ebvallo, Kimmtrak, Breyanzi), €

=

oSk 20N |MXF X|2H| 274(Hemgenix, Roctavian)y Z&st0] & 11740| ULt
<H 2> 11 Important contributionbs to public health
Therapeutic FDA
ol pett N85 A5 ey EECE B|AHY
Area 20|

ciltacabtagene

1 Multiple Myeloma Carvykti BCMA CAR-T Janssen o

autoleucel
Pierre Fabre
2 Lymphoproliferative Disorders Ebvallo Tabelecleucel T-cell immunotherapy X
Medicament
Cancer Gp100 peptide-HLAXCD3
3 Uveal melanoma Kimmtrak Tebentafusp Immunocore o
bispecific T cell engager
diffuse large B-cell lymphoma,

Lisocabtagene

4 primary mediastinal large B-cell lymphoma, Breyanzi CD19 CAR-T BMS @)

maraceucel
follicular lymphoma grade 3B

Etranacogene Factor IX-encoding AAV gene

5 Haemophilia B Hemgenix CSL Behring O

Haematology/ dezeparvovec therapy
Haemostaseology Valoctocogene Factor Vlll-encoding AAV BioMarin

6 Haemophilia A Roctavian o}

roxaparvovec gene therapy Pharmaceutical
GIP receptor and GLP1
7 Endocrinology Diabetes Mellitus, Type 2 Mounjaro Tirzepatide Eli Lilly o

receptor agonist
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Therapeutic FDA
ot pett He3 AEY ey agE B|AHy
Area =0l
Acid sphingomyelinase deficiency type A/B
8 Xenpozyme Olipudase alfa Acid sphingomyelinase ERT Sanofi Genzyme o
or type B
Eiger
9 Progeria, Laminopathies Zokinvy Lonafarnib Farnesyltransferase inhibitor o
Biopharmaceuticals
Eladocagene
10 Neurology Amino Acid Metabolism, Inborn Errors Upstaza AADC AAV gene therapy PTC Therapeutics o}
exuparvovec
lower respiratory tract disease caused by Recombinant mAb activity
11 Infections Beyfortus Nirsevimab AstraZeneca X
RSV against RSV




EARLY ACCESS TO MEDICINES THAT ADDRESS PUBLIC HEALTH NEEDS

1. Accelerated assessments

-
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Korea Drug Develop

CHA 70 l¥E2 7S HANEMA o Ibst@| ls|of M =T 150 € O[Ljof M olfES O W=H I, 0[S ot =28 &5t/ fiehE
2R, SHREEORO| A 3 Z(Kimmtrak, Lunsumio, Tecvayli), Z&-d Z=2HBeyfortus)tt CHAIE 2 (Xenpozyme)O| Al 2+ 1 40| =3t Z|RUCH (E 3).
<H 3> 5 Accelerated assessments
Therapeutic FDA
ot P N85 A5 ES: CEE B4
Area 20|
gp100 peptide-HLAXCD3
1 Uveal melanoma Kimmtrak Tebentafusp Immunocore o
bispecific T cell engager
2 Cancer Lymphoma, Follicular Lunsumio Mosunetuzumab CD20xCD3 bispecific antibody Roche o}
BCMAXCD3 bispecific
3 Multiple Myeloma Tecvayli Teclistamab Janssen o
antibody
Recombinant mAb activity
4 Infections lower respiratory tract disease caused by RSV Beyfortus Nirsevimab AstraZeneca X
against RSV
Acid sphingomyelinase deficiency type A/B or
5 Metabolism Xenpozyme Olipudase alfa Acid sphingomyelinase ERT Sanofi Genzyme o
type B
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2. Conditional marketing authorisations

97§ol olofZo| RYMBIEV)OIA BRIOIH Ao T2t Z7| WIS HBL 4 Y& XAR AlE 50
Thl= AEC STt A HIO|HE 7|8tz =7| 50218 3 &5tH, 2022 H0|= ot2fe| 97 &=E 57t StRULCH (& 4). 97/ <=2 et
E Cancer 47}{(Carvykti, Lunsumio, Tecvayli, Zynlonta), Covid-19 17l (Paxlovid), Dermatology 17l(Spevigo), Haematology 27H(Hemenix, Roctavian),

Immunology 17l (Kinpeyho) 2|2f&= ZgtotCt.

<H# 4> 9 Conditional marketing authorisations

gy | (erapeutic g3 JEE yew EREE $1Ap o
Area s
1 Multiple Myeloma Carvykti ciltacabtagene autoleucel BCMA CAR-T Janssen o
2 Lymphoma, Follicular Lunsumio Mosunetuzumab CD20xCD3 bispecific antibody Roche o
Cancer Multiple Myeloma Tecvayli Teclistamab BCMAXCD3 bispecific antibody Janssen o}

diffuse large B-cell lymphoma, . . .
4 . Zynlonta loncastuximab tesirine CD19 target ADC ADC Therapeutics o
high-grade B-cell lymphoma

) ) SARS-CoV-2 main protease inhibitor
nirmatrelvir

5 Covid-19 COVID-19 virus infection Paxlovid " ) HIV-1 protease inhibitor and strong Pfizer Europe o
ritonavir
CYP3A inhibitor
o . . . . . Boehringer
6 Dermatology Psoriasis Spevigo Spesolimab IL-36 signaling antagonist i o
Ingelheim
. . Etranacogene ) .
7 Haemophilia B Hemgenix Factor IX-encoding AAV gene therapy CSL Behring o
Haematology/ dezeparvovec
Haemostaseology . . Valoctocogene . BioMarin
8 Haemophilia A Roctavian Factor Vlll-encoding AAV gene therapy ) o
roxaparvovec Pharmaceutical
Immunology
9 /Rheumatology Glomerulonephritis, IGA Kinpeygo budesonide, micronised IgA nephropathy STADA X

/Transplantation

-10-
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3. Approval under exceptional circumstances

Oleldel 4822 5 742 o|%E (Ebvallo, Livmarli, Zokinvy, Nulibry, Upstaza)o| SoIZ|Q{Ct | 22l 2Xt7F 4007 HE0| =2
HOIHE ¥& =+ S LL 2fdEel 85 H dTJo ot et §E2E 88 =+ 80 #F S0 w2t seld =+ Yl 2Y4F0
YN, 24 o|fEel 2= okt 2Lt (& 5).
<H# 5> 5 Approval under exceptional circumstances
Therapeutic FDA
ol P 83 A5 ey EECE B|AHY
Area 20|
Pierre Fabre
1 Cancer Lymphoproliferative Disorders Ebvallo Tabelecleucel T-cell immunotherapy X
Medicament

Mirum

2 Dermatology Alagille Syndrome Livmarli Maralixibat chloride ileal bile acid transporter inhibitor o}
Pharmaceuticals

Eiger

3 Progeria, Laminopathies Zokinvy Lonafarnib farnesyltransferase inhibitor o
Biopharmaceuticals
Metal Metabolism, Inborn Synthetic form of cyclic pyranopterin
4 Nulibry fosdenopterin Zydus France o
Errors monophosphate
Amino Acid Metabolism, Inborn
5 Neurology Upstaza Eladocagene exuparvovec AADC AAV gene therapy PTC Therapeutics o}
Errors

-11-



4. Priority medicines (PRIME)

EMAS CIOJE| M40 A=zt U A3t B}

£ S Ao DIBEF 9= 8 5 FHE
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#E 3 AT E PRIME MEE X|QSCH 2022 AT E 8719 8 O|2FEZ (Breyanzi, Carvykti, Ebvallo, Tecvayli, Hemgenix, Roctavian, Xenpozyme,

Beyfortus)2 CAR-T 274, O|SEH 1, RUX KN=2H 24 SOf Ciet RH2|EE =gt 1

<H 6> 8 Priority medicines

D=0

i i B S

otziet ZCt (& 6).

Therapeutic FDA
ot rapett EXS B L BgE B|Ay
Area s
Diffuse large B-cell lymphoma, .
) o ) Lisocabtagene
1 primary mediastinal large B-cell lymphoma, Breyanzi CD19 CAR-T BMS o
) maraceucel
follicular lymphoma grade 3B
) ) Ciltacabtagene
2 Multiple Myeloma Carvykti BCMA CAR-T Janssen o
autoleucel
) ) . ) Pierre Fabre
3 Lymphoproliferative Disorders Ebvallo Tabelecleucel T-cell immunotherapy . X
Medicament
4 Multiple Myeloma Tecvayli Teclistamab BCMAXCD3 bispecific antibody Janssen o
. . Etranacogene Factor IX-encoding AAV gene .
5 Haemophilia B Hemgenix CSL Behring o
Haematology/ dezeparvovec therapy
Haemostaseology . . Valoctocogene Factor Vlll-encoding AAV gene BioMarin
6 Haemophilia A Roctavian . o
roxaparvovec therapy Pharmaceutical
Acid sphingomyelinase deficiency type A/B or . . . . )
7 ‘ 8 Xenpozyme Olipudase alfa Acid sphingomyelinase ERT Sanofi Genzyme o
ype
. Lower respiratory tract disease caused by o Recombinant mAb activity
8 Infections Beyfortus Nirsevimab . AstraZeneca X
RSV against RSV

-12-
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Sl oefES floh EU Z Y2 = APAOA AHEIES MSSH22ZMN o7 et 2HAE ?Ie 2%4E T X OAHEE Scls A2 =
HE $ICE 51 oAE9| X|E2 52 YAl EMAL| Orphan Medicinal Products (COMP) ®I 20X HESIO HXIIX| 0|8 7tsot HEIL 9
%4=F0 gFdE FAIBID % 109 2| AlY SHEE 70 & 5 UK OFE HES 2022E 3|7 o[dF22 X|FE 7742 o4F =
S (Carvykti, Ebvallo, Kimmtrak, Hemgenix, Roctavian, Xenpozyme, Zokinvy)= Of2fet ZLt (& 7).
<H 7> 7 Medicines for rare diseases
gy | Terapeutic S JEE yew EEE s |
Area s
) ) Ciltacabtagene
1 Multiple Myeloma Carvykti BCMA CAR-T Janssen o
autoleucel
) ) ) ) Pierre Fabre
2 Cancer Lymphoproliferative Disorders Ebvallo Tabelecleucel T-cell immunotherapy ) X
Medicament
) Gp100 peptide-HLAXCD3
3 Uveal melanoma Kimmtrak Tebentafusp ) . Immunocore o
bispecific T cell engager
. . Etranacogene Factor IX-encoding AAV gene .
4 Haemophilia B Hemgenix CSL Behring o
Haematology/ dezeparvovec therapy
Haemostaseology . . Valoctocogene Factor Vlll-encoding AAV BioMarin
5 Haemophilia A Roctavian . o
roxaparvovec gene therapy Pharmaceutical
Acid sphingomyelinase deficiency type A/B ) ) ) ) i
6 Xenpozyme Olipudase alfa Acid sphingomyelinase ERT Sanofi Genzyme o
or type B
o . . . _— Eiger
7 Progeria, Laminopathies Zokinvy Lonafarnib Farnesyltransferase inhibitor . . o
Biopharmaceuticals

-13-




NEGATIVE OPINIONS
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QK|S OAE AR X2 3| (Medical Products for Human, CHMP)= 2022'd 37H2| 2|2FE (Hervelous, Omblastys, Tuznue)0il CHEH F8 Xl 9]
74 (Negative opinions)2 MZEUCE @el= 3EHQ &= OfH| ?/Hel ZHoi| oo eolo =& & 5+ Qo ofF S0 s #28Hel 2
AS EHSD, O ZAHE M 2ottt MEAs B2EHe ojds &2 = 15€2 o|Uiof e MHEEE aFd |7t ULt FEH
olds &2 37H ojefEel =52 Of2fet &L} (&# 8)
<H 8> 3 Negative opinions
Therapeutic
ot pedt XS B yeo agE I
Area
1 breast cancer, gastric cancer. Hervelous Trastuzumab HER2 mAb Prestige Biopharma
lodine (131l) Y-Mabs
2 Cancer Neuroblastoma Omblastys CD276 mAb .
omburtamab Therapeutics
3 breast cancer, gastric cancer. Tuznue Trastuzumab HER2 mAb Prestige Biopharma

-14-
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TN LAET 7= UFEA A B (jyjin@kddf.org)

Reference
EMA, Human Medicines Highlights 2022

https://www.ema.europa.eu/
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