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Ingredient

name

[# 1. Drugs with novel mechanism of action targets approved in 2023]

Properties

Mechanism of action target
(gene name)

Target
class

Indications

First
Approval

(2024.6)

First
Approval

Agency

Date

1 Fezolinetant Veoza Small molecule | Neurokinin 3 receptor (NK3R) GPCR Vasomotor symptoms | FDA 2023.05.12
antagonist due to menopause
2 Iptacopan Fabhalta Small molecule | Complement factor B (CFB) Enzyme Paroxysmal nocturnal | FDA 2023.12.05
inhibitor hemoglobinuria (PNH)
3 | Nirogacestat Ogsiveo Small molecule | ¥-Secretase (PSEN1 and PSEN2) Enzyme Desmoid tumors FDA 2023.11.27
inhibitor
4 | Momelotinib Qjjaara Small molecule | Activin receptor type 1 (ACVR1); Also targets Janus | Kinase Myelofibrosis FDA 2023.09.15
inhibitor kinase 1 and 2 (JAK1/JAK2; and mutant
JAK2V617F)
5 Capivasertib Trugap Small molecule | RAC-serine/threonine-protein kinase 1, 2, and 3 | Kinase Breast cancer FDA 2023.11.16
inhibitor (AKT1, AKT2 and AKT3)
6 Talquetamab Talvey BsAbs G-protein-coupled receptor family C group 5 | GPCR Multiple myeloma FDA 2023.08.09
member D (GPRC5D); Also targets CD3
7 Concizumab Alhemo mAb Tissue factor pathway inhibitor (TFPI) Protease Hemophilia A/B Health 2023.04.19
inhibitor Canada
8 | Tofersen Qalsody ASO Superoxide dismutase 1 mRNA (SOD1) Enzyme Amyotrophic  lateral | FDA 2023.04.25
sclerosis
9 Nedosiran Rivfloza SiRNA L-Lactate dehydrogenase A mRNA (LDHA) Enzyme Primary hyperoxaluria | FDA 2023.09.29

type 1

(Source: NRDD, BioCentury, Synapse A{—4)



Veoza(Fezolinetant)

Lol AdSHREE N2 - I EF 2H|0 2%t IS o0 A|YSHR0M §35] &8s Md =ENQ fAERAZ F|AHE,
27| HB, CIO| 2% 7 & (Kisspeptin, neurokinin B, and dynorphin; KNDy neuron)= &l g4 Xf%ﬁé%-—i—ﬂliEE(Gonadotropln

A
o
releasing hormones, GnRH) 2AE Mdste 4 ZEXE HE2THCH KNDy 729 2 5

o oo Ed2tE|0 GnRHE| HES2 FEoHCE M HZA7|7F £[0] AEEAS| #=X|7F HOtX|H m27|HB M= T F0| MIZH’H
OF ZIIStHAM KNDy FHO| &&0| ik, M2 =F 5F g5t 1tgdatr|of tHEX otz 22 3t 285d 34
(Vasomotor symptom, VMS)O0| 2dSICH HZ7] 8ol &f 70%7t O|2{st SA=S FdYsIH, Ol Hd 7439 T X£E= A2

= g2Md Qo

OfAHZIA(Astellas)®] HIQAH: H27|H3 +SH(NKIR) ZHHE HH7|o| S22 QS N + e 20| Hz224 X
2L AlLSHE SEUFAN TS0 F27|IH3 +8H BY| FE7IUB NS XESE WAOR NS IO YYNOE
WY, HY WHMNS S S22 oFY HYo| Y2 o Ut

2O HBL2=2 2ot VMS SdE 2= 7). At KES
]

= =3 o
= = — o Tl o
£ X=Yo| 8i0f X|2¢X| Xot xf SHES HLHSHOFE oLt HXe| ZA|Z Q50 49 &

StH S27|H3 £8KE HAEOZ o= CHE EEZ = ALI|(SanofifiAd "AEES AH X ZHZ JHLSIC 2005H0] 7S
SCHSE 0|2 20180 OflO|M EH|2HFEIA(Acer Therapeutics)OA H2|E Q1510 Y 242 ™ O QA ELE (Osanetant;
(

o
ACER-801, NK3R antagonist/VMS, Adenocarcinoma of prostate)?t S1Mi& 70| STHEl GSKO| HU|EE

U

Talnetant, NK3 antagonist/
Schizophrenia, Psychotic Disorders)?t AL}
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Fabhalta(lptacopan)

Urd ORZtEM A F(Paroxysmal nocturnal hemoglobinuria, PNH)2 84 &g HIHO|CH PNHE ZEZAMZE| HMZE PIGA
(Phosphatidylinositol glycan A) |7HA =HHOIE QIS0 & o MzZEE HASH:= GPI
12|

EH pN|
O — =
(Glycosylphosphatidylinositol) ankor &-d2| ZAgts =250l EX =FE CHHEO] AEHS RESHH, HIANA Sl LFEQ EHMAZE A
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ZS 8ofjAl7 gt W 80| o, MEFE mtuAl7|=5F TECLL
L HHE|2(Novartis AG)O|| 2B, AEIZ T2 =0 2X BAA #Y X2H=2Z 2N CHMdzel &fl0 ?IXlet 3 EME X5

g W-RoM MELR mug ZZMOE MOl & £ ALk J|E KENMQ E2[2|A(Soliris, Eculizumab, oC5 mAb/PNH,
Hemolytic uremic syndrome, Myasthenia gravis)2} & &E0| 2|2 (Ultomiris, Ravulizumab, aC5 mAb/PNH, Hemolytic uremic syndrome)=
C5 24 AMAzZ 2 o S0 e & U= 0| ULt 2HH, LEFIES2 C5 ENELE &9 A0 AX|et 24 B
AE EACZ AESH| IE200 3 M =gt Ao

7o 0| gl= JEUM =2 X JjH0 25 EJ20, £ 2L E0AME o5 2N AMAH AHEA R OJALE AL T

Bl 248 B59 HOl HO2 SHOIEYCtD S,

& QIChe ZHe =oITh 3 94 3y A7 D, YEATS Ny

QEIRED SYSHA EM BUAIE BHC=z o= LHE SEZc= Y 3Y A 217 (Roche)?| 2[ZHE Fet QAEIHA ZE|A72

2f| 2 EtO| E(Ligand-conjugated antisense oligonucleotide, LICA), MZfM| 2 Ml (Sefaxersen, CFB inhibitors/IgA nephropathy)0O| RULt.

ohH, HEE[A&= 2023H0] X|+==(Chinook Therapeutics)& 2l==dlf AMEHTH 20fe| ZEEZ|QE ELJLCL A X+=3& 27| &

&b CHA|QI OfE 2l Et(Atrasentan, Endothelin A receptor antagonist/Diabetic nephropathy, IgA nephropathy)it X|7}7|HLE (Zigakibart,

aAPRIL mAb/IgA nephropathy)E E /ot URUCt EHIE[AE= Ql X =0l 10&, OtEZHMIEIS| Q4 3& S7tE4 Zut 7ol0|gt
ol !

TEoz Tl X7} HA5UASS QAU HHSIH S S22 FDAS| 7IE55QS AU8Y A=o|Ztn #35|7| = UL

—/
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Ogsiveo(Nirogacestat)
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OIAZOIE BYES WntEt A H|EF-FHE| H (B-catenin), =X|(Notch)2| I S22 Q| A= Aoz iy ULt A
2 H|2tFE A (SpringWorks Therapeutics)2| SAIHIQE= £X| =&KX Z0OF A3 2| H O
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4o M HOAE BH CHE SEE= ASCO20230( A Zrast A4 2/34 Q79| 24 EEANE Z2AZE 20239 118,
FDAS| 5| eltE X|HE 'ZE2 AL102(y-Secretase inhibitor)7t RJUCE AL102= A Ao 34 HF7F ZdE[n 20, 2024F 20
Offet Hi|2tFElA( A

ExXoz 3

rir
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M= o g2 g MES0| HZO[LE 71 ot
HATS0| A0 MSOMLtLA S0 gl daf HaF5S eH 20[7| = ohrf

18 HE|ZA =EMACRN)E B Sd8= F=E ZHols @A (Hepcidine| 49 X N7 449 & =2 20| s A
oz oAX f SKe| 2Xt2h= ACVR1S EfZlof HHlst=h|, glds sttt S+4dF/F 2HAtel 1, 24 XZ2MZ2 AHE 7tstt K=



=d

|2t= HOA O|F™O| Ao JAKI/JAK22| ANE Soff H|Z HILiZ Al SS9 2teto= faE ECQICt 20233 98, e
] (@) o

2
S22 FDAQ| 5212 2S%t QXAtEh= 0|0 20244 180 oY, E+3¢ld & HEEN &

o

ACVR1I} JAKE SAlO YHsts 7[Hel CHE Edws ANEMZEs 20220 FDAS| 7t&sels BAN FHSst ZX(Vonjo,
Pacritinib, JAK2/IRAK1 inhibitor)@F 4 12+2l M E|H(Jaktinib, ALK2/JAK1/JAK2/JAK3/TYK2 inhibitor)O| R{Ct.

Trugap(Capivasertib)

HR+/HER2- S&ite FK 2] =
50| X|LIE XHEHEO| &CH= EXO| QUCH HR+SEIQo| HEE X2HE L|EH Q™I CDK4/6 %*HIHIXIEJ, PIK3CA, AKT1, PTEN =
HHOI7t WMt & L0 A M7= HO|O{AM HO|Lt RO CHSsl7| et 2kt X|2Ho| CHet O|FF o|a =271 E/ULCH

sotol o 70%E KAt B3 f¥o|n

10
0

OtAE2tN|U|7HAstraZeneca)?| EF L2 OtH| Al &Rtk (Adenosine triphosphate, ATP) MM E, 22| &M 31 &0t UFS 2A
7t qe A2 AX|= PIBK-AKT-PTEN = KA Ay LEQ ME/E L £0[X Qlihstg 4 (serine/threonine-specific
protein kinases, AKT)E EXOZ AECH Ml 7HX| AKT SE(AKT1, AKT2, AKT3)1t A% 7tsdl, MZE 20 AFE, Z=G0|Lt X|Ehit
CHAtRE 22 MZE IPES Oi7HSt=s AKT 713 Qit=ts SME =+ QUCH ME0H| StLt Of4 2| PIK3CA, AKT1, PTEN Xt #HO|7F &
HAE HR+/HER2- =4 Y £ O REUY dQ 24 T =0t Ex a8 22 = 12702 O|f M 2 TO|ZAAL %

o 7HA| ol¢el UEHI2E K= O

Tng
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30
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& =29 A (Faslodex, Fulvestrant, ER antagonist/Breast cancer)2t
HEQHOE AESHCL

AKTE BHOZ A= OHE2 EEHZE Sl 7|2Wo| BEHEl 2+59| O|ItEtA El(Ipatasertib, AKT inhibitor/Breast cancer)0| RALC}.



Talvey(Talguetamab)

ChHey 2432 #WHo| UF0 HENE(Plasma cell)7t HIHAE R 2318tn SA/Sto] HAXQl S| ChAl Al HE K|
ZQ Z+FME(myeloma cel)E Y-dotH Tdst= gHets ottt OEd =32 XEMHS2 LUNH2Z BME d= SH(B-

cell maturation antigen, BCMA)2 EXBFCt ADC(Gskel BlenrepS FDA 20| et 0]2 A|ROIM H(22)8 R 20 EMA CHMPREEE X745 Toj 8{7} 6| 2841(23.12)2

2 E|Z 97|12 UAOLL PFSE BIHOR JYMEH 2742 A 34 GITHIE HIEOR 2411 F B7h WAE CHA| 42 Agolat Wl uh Uck246), BsAbs, CAR-T & 2 BCMA
EN SN S0 SHYXY, M2 AR2YS ANE WMot S0 olst X8 BT U YT LYo AP BN w3 e
‘d0| =L

CFdlJanssen)e| EH|0|= O|5EH SOHME THZL MZE =42 HTSI=E HAE 0|5 S0[&N 2l BiTE(Bispecific
2, GPRC5D2} CD32 A0 BEEo=Z fH=Ct QIZt EMH 12p130]| X|gH GPRC5D= CHHE =3 XEE 2

= T

Il engager)

Ot

T-ce
= bl #XO|CH
Mz MY AHLFI 7180 #HH T Bt= gleLt dd AUoAM= olol B2 Bt CHE HHLo| |3 CrEd =3 AL
AM GPRC5D mRNAZF E5|Lt D2 &oik|= HO|OAM CtEd Z+30M MdEiXoz Hoidts A2 Of7ATIC Eot BCMA &
Aol geks X @f1, BCMALL SEAHCZ FEE= ol I{HE H0|7| IE0 X2E Qo X2z #7[0| XSt

=

r

GPRC5DE HHMOEZ o= LCIHY E+F XEME WLs7| fd 2= ZEEtY(Forimtamig, GPRC5DxCD3 BsAbs)2| 24k 24

=5
£ ZI3 FO0|H, BMS EESH OFEZMEIT 2 EF M (Arlocabtagene autoleucel, GPRC5D CAR-T)O| 4 24 QI E XTI FO|CH

rQ

Alhemo(Concizumab)

HRYAQL B XEMAQ W 1 QXL viIFVI) K QXL IX(FIX) FHA SAO|Z Qg Ldsh= sdd ez odEr}

-7-



S0P O Bol Hanic 9y mE OfLE 28014 BE So| #8522 A0 A4 FUS €A XX Hoo, Fi X

o
boEE otLEr SFMBA, LA 0AM FAIZE 20| BEY B

L2 TE QXA ST AH A (Tissue factor pathway inhibitor, TFP)Q| Kunitz-2 = Q10| ZEtsl QX Xa(FXa) ZEE QIS AtCHst
HE S MCEHTFPI X 2H40] ZASHH villa =& QX SSK0M S22 FXaZl 4dE|0f X[>0| 7ts8iX[& 7|HO|Ck &
§ 2= FHLICH SF, LEO|A S7IE 22 ME|O|L} FDARZEEE CRLES =YsiH &0 MES HEGSE HE UL}

Sl= CH2 SEZ 20| X}(Pfizer)2| OFAERA| B (Marstacimab, oTFPI mAb/Hemophilia A,B)O| QICt OfAERA[RF2
Ol MHE st MEHO| FDAE= 20243 42 7|(PDUFA 7|&) &, EMA= 20254 1827] =0 29 of{£7F =ol 7}

2= F4825(Amyotrophic lateral sclerosis, ALS)2 Eldd MZEEO| YEO|CE Okt Mo 2atBZM=ZD MEIYo=z
oEof Al 20| YSEHM B0l 2527 OH|E0 AR O|2A E&= X|FHQ Hgtez FAEHo=z § RO
LN QUCE ALSe| Hotoh & Q2 YTl HEZE gleLt, MM LY Skt F 10%e 8% Q02 ez Hie JEY 24

1

= 2 =
58 S4B S(familiar ALS, fALS)2E, 0%& ittt UMEsH 2ld & 284 225 HCE He MEd 2958 S48
B(sporadic ALS, sALS)2 2 &1 RUCH

SOD1(Superoxide dismutase 1), TARDBP(TAR DNA binding protein), FUS(Fused in sarcoma), C9ORF72(Chromosome 9 open reading

-8-



frame 72) & 207K O|&to| SH m fALSQt ZHAEl Z4o 2 Ae{X QUL fALS &Rt 5 20%0|A SOD1 KA SHHO|7F HAE| =
O, ZAC0= O|3{st RFTA =HEHO| SOD1 mRNAE BEHMOZ ZATso S CHHE st 2 XMoo 2o M2 =5 = UATE
MAH = ASOLF. HrOIQﬁI(Biogen)% ZEAC|o] A& 3MOIA 1A WIX|EQ 'ALS 7| 8"t ' SFA|7|X| 2L}, 2k EHIEX]
HO ‘L|HH L SODT CHEME ~X| SIME 26~38% HAA|ZOH 'DINAMAMEG A 1Xt

SE'E 48~67% LAA|ZICHD HrCH
MOo| E=sIh|CH SOD1 S™AF SQHO0| &
H5t2 O 0]0{, 20244 6E EMA 7t&%50l

7K & OSF & 20| O/H[65H=E X M2|17F ARASHE S0t THE K=
Atel Z|oi=3Fol 1 Oj2to| =tottts S+ 8 ME0 20230 FDAS| 7t&5¢l

CC

P -

rjo
uo 10

rot
for
din
rot
pOL]
|0
HuU
o
O
n
n

SOD1E HZAEOZ o= CIE SEZ= YA 234 EHA QI AL-S Pharmal| AP-101(aSOD1 mAb/ALS)7t 2O, 2024 12 0f 1X 2

Rivfloza(Nedosiran)

Y nZAM T F(Primary hyperoxaluria, PH)2 ZHO|A S &Lt (Oxalate)O| 1t MAE|O] AE S HMO|MNHX| HEE = Y
O|C}. &4 (Oxalic acid)0] AE0| HEEH Zsnt 2etd] SHM4ZASEH(Calcium Oxalate)0| E|0] AMZ A5t AHLt AI_I.IA1|4-+O|I_|-

=
ME AFEAZE M3l 2l = MM 35 (Nephrocalcinosis)g R2sH7| = Lt

LDHA(L-Lactate dehydrogenase A)= FZ tif Z0AM ZoE|MH, 2[4 OAF B20| A0 =T A 44k A9 2d3t
ot #t#HO| U= LDH(Lactate dehydrogenase)| ot¢l tHe|Ch 2|EE2At= 78 MZ2| LIDHAE H#HC2Z 510 mRNA +X|& E4X

O Y |LDHA CHEHATL IDH &40 MME ZAA|ZICH



LDHAS EXN3t= CHE SZ=2c 201840 ZHE X CDKL5 Z2E 0§ X=ZHM=Z FDAS| S5 #Oof Cto|ofATI0ElE HMEZ2=
AlEH 591 AE|2|H £ (Diacomit, Stiripentol, GABA A receptor agonist, LDHA inhibitor/Seizures, CDKL5 deficiency disorder)O| QICt A

E[2[HE2 oM Olde Ed 1s4iud 1Y, 2Y, 3d0 Oigt 2 % g 7S ?le ¥d 3¢S =H[otD ACL

7RI EA T 728 AFQ AR (inakim@kddf.org)

Reference
Global Data / BioCentury / Synapse / 2 At 21O/ X]
Novel drug targets in 2023, Nature Reviews Drug Discovery

https://www.nature.com/articles/d41573-024-00057-9

Drug development advances in human genetics-based targets, MedComm

https://onlinelibrary.wiley.com/doi/10.1002/mco2.481

Fezolinetant for treatment of moderate-to-severe vasomotor symptoms associated with menopause (SKYLIGHT 1): a phase 3 randomised controlled study, 7he Lancet

https://www.thelancet.com/journals/lancet/article/PIISO140-6736(23)00085-5/abstract

Fezolinetant, National Library of Medicine

https://pubchem.ncbi.nlm.nih.gov/compound/Fezolinetant

-10-


mailto:inakim@kddf.org
https://www.nature.com/articles/d41573-024-00057-9
https://onlinelibrary.wiley.com/doi/10.1002/mco2.481
https://www.thelancet.com/journals/lancet/article/PIIS0140-6736(23)00085-5/abstract
https://pubchem.ncbi.nlm.nih.gov/compound/Fezolinetant

o
ot

Iptacopan, National Library of Medicine

https://pubchem.ncbi.nlm.nih.gov/compound/Iptacopan

Targeting the Alternative Complement Pathway With Iptacopan to Treat IgA Nephropathy: Design and Rationale of the APPLAUSE-IgAN Study, Science Direct

https://www.sciencedirect.com/science/article/pii/S2468024923000505

FDA Approves Iptacopan for Paroxysmal Nocturnal Hemoglobinuria, OncLive

https://www.onclive.com/view/fda-approves-iptacopan-for-paroxysmal-nocturnal-hemoglobinuria

Molecular pathogenesis of desmoid tumor and the role of y-secretase inhibition, ngj Precision Oncology

https://www.nature.com/articles/s41698-022-00308-1

Nirogacestat, a y-Secretase Inhibitor for Desmoid Tumors, The New England Journal of Medicine

https://www.nejm.org/doi/full/10.1056/NEJM0a2210140

Momelotinib: an emerging treatment for myelofibrosis patients with anemia, Journal of Hematology & Oncology

https://jhoonline.biomedcentral.com/articles/10.1186/s13045-021-01157-4

ACVR1: A Novel Therapeutic Target to Treat Anemia in Myelofibrosis, Cancers

https://pubmed.ncbi.nlm.nih.gov/38201581/

Momelotinib versus danazol in symptomatic patients with anaemia and myelofibrosis (MOMENTUM): results from an international, double-blind, randomised, controlled, phase 3 study, 7he Lancet

https://www.thelancet.com/journals/lancet/article/PIIS0140-6736(22)02036-0/abstract

ACVR1 Inhibition With Pacritinib Leads to Anemia Improvement in MF, Targeted Oncology

https://www.targetedonc.com/view/acvr1-inhibition-with-pacritinib-leads-to-anemia-improvement-in-mf

Targeting PI3K/Akt signal transduction for cancer therapy, Signal Transduction and Targeted Therapy

https://www.nature.com/articles/s41392-021-00828-5

-11-


https://pubchem.ncbi.nlm.nih.gov/compound/Iptacopan
https://www.sciencedirect.com/science/article/pii/S2468024923000505
https://www.onclive.com/view/fda-approves-iptacopan-for-paroxysmal-nocturnal-hemoglobinuria
https://www.nature.com/articles/s41698-022-00308-1
https://www.nejm.org/doi/full/10.1056/NEJMoa2210140
https://jhoonline.biomedcentral.com/articles/10.1186/s13045-021-01157-4
https://pubmed.ncbi.nlm.nih.gov/38201581/
https://www.thelancet.com/journals/lancet/article/PIIS0140-6736(22)02036-0/abstract
https://www.targetedonc.com/view/acvr1-inhibition-with-pacritinib-leads-to-anemia-improvement-in-mf
https://www.nature.com/articles/s41392-021-00828-5

o
ot

Capivasertib in Hormone Receptor-Positive Advanced Breast Cancer, The New England Journal of Medicine

https://www.nejm.org/doi/full/10.1056/NEJMoa2214131?logout=true

Adding Capivasertib to Fulvestrant Results in Longer PFS in Patients with HR-positive, HER2-negative ABC Whose Disease Had Progressed to Previous Al With or Without a CDK4/6 Inhibitor, £SMO 2023
‘Oncology News’

https://www.esmo.org/oncology-news/adding-capivasertib-to-fulvestrant-results-in-longer-pfs-in-patients-with-hr-positive-her2-negative-abc-whose-disease-had-progressed-to-previous-ai-with-or-
without-a-cdk4-6-inhibitor

Astra completes its defeat of Roche in AKT, ApexOnco

https://www.oncologypipeline.com/apexonco/astra-completes-its-defeat-roche-akt

GPRC5D as a novel target for the treatment of multiple myeloma: a narrative review, Blood Cancer Journal

https://www.nature.com/articles/s41408-023-00966-9

Talquetamab in multiple myeloma, Haematologica

https://haematologica.org/article/view/haematol.2023.283931

Talquetamab, a T-Cell-Redirecting GPRC5D Bispecific Antibody for Multiple Myeloma, 7he New England Journal of Medicine

https://www.nejm.org/doi/10.1056/NEJM0a2204591

Concizumab: a novel anti-TFPI therapeutic for hemophilia, Blood advances

https://ashpublications.org/bloodadvances/article/5/1/279/474883/Concizumab-a-novel-anti-TFPI-therapeutic-for

Relationship between plasma tissue Factor Pathway Inhibitor (TFPI) levels, thrombin generation and clinical risk of bleeding in patients with severe haemophilia A or B, Haemophilia

https://onlinelibrary.wiley.com/doi/10.1111/hae.15020

Inhibition of Tissue Factor Pathway Inhibitor (TFPI) as a Treatment for Haemophilia: Rationale with Focus on Concizumab, Springer Link

https://link.springer.com/article/10.1007/s40265-018-0922-6

-12-


https://www.nejm.org/doi/full/10.1056/NEJMoa2214131?logout=true
https://www.esmo.org/oncology-news/adding-capivasertib-to-fulvestrant-results-in-longer-pfs-in-patients-with-hr-positive-her2-negative-abc-whose-disease-had-progressed-to-previous-ai-with-or-without-a-cdk4-6-inhibitor
https://www.esmo.org/oncology-news/adding-capivasertib-to-fulvestrant-results-in-longer-pfs-in-patients-with-hr-positive-her2-negative-abc-whose-disease-had-progressed-to-previous-ai-with-or-without-a-cdk4-6-inhibitor
https://www.oncologypipeline.com/apexonco/astra-completes-its-defeat-roche-akt
https://www.nature.com/articles/s41408-023-00966-9
https://haematologica.org/article/view/haematol.2023.283931
https://www.nejm.org/doi/10.1056/NEJMoa2204591
https://ashpublications.org/bloodadvances/article/5/1/279/474883/Concizumab-a-novel-anti-TFPI-therapeutic-for
https://onlinelibrary.wiley.com/doi/10.1111/hae.15020
https://link.springer.com/article/10.1007/s40265-018-0922-6

Biomarkers of Amyotrophic Lateral Sclerosis: Current Status and Interest of Oxysterols and Phytosterols, Frontiers in Molecular Neuroscience

https://www.frontiersin.org/journals/molecular-neuroscience/articles/10.3389/fnmol.2018.00012/full

Antisense Oligonucleotides: An Emerging Area in Drug Discovery and Development, Journal of Clinical Medicine

https://www.mdpi.com/2077-0383/9/6/2004

Exploring Advancements in the Treatment of Amyotrophic Lateral Sclerosis: A Comprehensive Review of Current Modalities and Future Prospects, Cureus

https://www.cureus.com/articles/182811-exploring-advancements-in-the-treatment-of-amyotrophic-lateral-sclerosis-a-comprehensive-review-of-current-modalities-and-future-prospects#!/

Nedosiran: First Approval, Drugs

https://link.springer.com/article/10.1007/s40265-023-01976-4

Hepatic Lactate Dehydrogenase A: An RNA Interference Target for the Treatment of All Known Types of Primary Hyperoxaluria, Kidney International Reports

https://www.kireports.org/article/S2468-0249(21)00032-2/fulltext

-13-


https://www.frontiersin.org/journals/molecular-neuroscience/articles/10.3389/fnmol.2018.00012/full
https://www.mdpi.com/2077-0383/9/6/2004
https://www.cureus.com/articles/182811-exploring-advancements-in-the-treatment-of-amyotrophic-lateral-sclerosis-a-comprehensive-review-of-current-modalities-and-future-prospects#!/
https://link.springer.com/article/10.1007/s40265-023-01976-4
https://www.kireports.org/article/S2468-0249(21)00032-2/fulltext

