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Figure 5: Total Days for an Initial Review by FDA Divisions for New Drug A (NDA) from Fiscal Years
2014 through 2018
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PRV X7 CiA Het £8

Chagas Chikungunya virus disease Cholera
Cryptococcal meningitis Dracunculiasis Human African trypanosomiasis
Dengue Fascioliasis Lassa fever
Malaria Filoviruses (including Ebola) Leishmaniasis
Blinding trachoma Opisthorchiasis Leprosy
Neurocysticercosis Paragonimiasis Lymphatic filariasis
Onchocerciasis Rabies Yaws
Brucellosis Soil transmitted helminthiasis Zika
Schistosomiasis Tuberculosis Buruli Ulcer
Medical countermeasures Rare pediatric disease
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3. PRV 9] 71A]

PRVE %7| Alcf 359gtanix] PRV E 20074 Zg7=lo] A4 o]F 2014 A71x] & 4 A%k W3wioiet. Asi 7}
72} 7k4 M5, 013 PRV K| 7 glo] Aol a9t T wet 7ix7E AAElE g AEA 2719 PRV 714
A gy o 4E A4 B7t2 2 7 Seto] uje Atk 290 PRV A#e 201419 Hlo]@ulla}t ARen] Afoe]lA
oF 1Y Liel= sf orgst oojitct 2014 A 2 € Hpolomtale BachdE [VA & 22491 Vimizim 9] 591
5ol B55 PRV & 22 3l 7 ¥, A=t Aben]of 6,750 Tt Do) wiZgict. 2
2 3l 11 g, YolE gelpeast Zejoj=o] Afola] PRV = 1 9 2,500 T 229

711 ARLT, )5 ofuvle} ey} e PRV & 22t 39 5 3 g 2
o1 4500 B Do) 7HE olAuIeIT) o]S PRV AA tiAte] Shfet wkE A 27}
of Wt PRV AR 7HAE 19 2] Welz skakeryst slgit,

PRV Z23H9] 24 o2 37| A9 Aehast 4ols]Ast el o= tjgoz
FEE 49do)dske PDUFA V20072 a8 AR Elown, Aols|AEg} o
g2 o& e Z17F FDASIAQ012)9}F o= ¥ 9414201602 53l PRV AH
ol Ztslolet. A7k 285 1, Aols|7dgat tiee} o= il tigt PRV

WS 7 whE e WAst ‘A= Z3HSunset Provisions) ©] ZAstth,
AO[5|YEEtO| PRV W22 Aols|7|gke] PRV ¥ wede X% 20164 109 1 Lo]i]9E 2016 F 94 30
2026 '3 9 & 30 ¥ &7} A|7x[t o FaH S %{ (Advancing Hope Act, S.1878)" ¢l ©lsfl FY 2022 7#] gt <
7ts. 20HS|HEE PRV EE HEST o1F 2020 dofl Aeele 3 wHE7] H(Creating Hope Act)'of] sl Aof

e S 607) 22 LY 3

Loh

SI2g9] PRV W W 2024 W 9 9 30 WA 7k Agsigic, ol wef

70%0f o2 20248 9 9 30 & oR7HA] Aoksl 7 Aet oJokE A4 e Aokatrto] 2026 1 9
2 30 Q] BPHE W A97MIE GEE PRV S 0 e 4 ol U9l 2 1
ok, 2007 ¥ Z2T7 A8 olF % 60 7] Alofo] PRV & W Wit 1 5 4o
FATE 42 7A0R JFF =& HE(70.0%)E AAR v, 4odrjdge 11 A
(18.3%), thel2] o)z e 7 7(11.7%)e] 25wk
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Program Indication Drug name Company Awarded year
Tropical disease Malaria Coartem Novartis 2009
Tropical disease Multi-drug-resistant tuberculosis Sirturo Janssen Pharmaceutica 2012
Rare pediatric diseases Morquio A syndrome Vimizim BioMarin 2014
Tropical disease Leishmaniasis Impavido Knight Therapeutics 2014
Rare pediatric diseases High-risk neuroblastoma *Cancer Unituxin United Therapeutics 2015
Rare pediatric diseases Rare bile acid synthesis disorders Cholbam Asklepion 2015
Rare pediatric diseases Hereditary orotic aciduria Xuriden Wellstat 2015
Rare pediatric diseases Hypophosphatasia Strensiq Alexion 2015
Rare pediatric diseases Lysosomal acid lipase deficiency Kanuma (sebelipase affa) Alexion 2015
Tropical disease Cholera prevention Vaxchora PaxVax 2016
Rare pediatric diseases Duchenne muscular dystrophy Exondys 51 Sarepta Therapeutics 2016
Rare pediatric diseases Spinal muscular atrophy Spinraza (oris P:al ?r?\::euticals) 2016
Rare pediatric diseases Duchenne muscular dystrophy Emflaza Marathon 2017
Rare pediatric diseases Batten disease Brineura BioMarin 2017
Tropical disease Chagas disease Benznidazole ChemoResearch 2017
Rare pediatric diseases B-cell acute lymphoblastic leukemia Kymriah Novartis 2017
Rare pediatric diseases Mucopolysacchari-dosis (MPS) VI Mepsevii Ultragenyx 2017
o Biallelic RPE65 mutation-associated retinal .
Rare pediatric diseases Luxturna Spark Therapeutics 2018
dystrophy
Rare pediatric diseases X-linked hypophosphatemia (XLH) Crysvita (burosumab-twza) Ultragenyx 2018
o - - Medicines Development for
Tropical disease Onchocerciasis Moxidectin Giobal Health 2018
Rare pediatric diseases Seizures assodated vith Dravet Syncome Epidiolex (cannabidiol oral solution) GW Research 2018
or Lennox-Gastaut Syndrome
Material threat countermeasure Smallpox Tpoxx SIGA Technologies 2018
Tropical disease Malaria Krintafel GlaxoSmithKline 2018
Rare pediatic ciseases Ader?osine deamihase—severe combined Revcovi (elgpeggdemase-lvlr) Leadiant Biosdience 2018
immunodeficiency (ADA-SCID) injection
Rare pediatric diseases Iryr:;a& r:s;:cc;g;?sgm; Gamifant (emapalumab-Izsg) Sobi and Novimmune SA 2018
Tropical disease Fascioliasis Egaten Novartis 2019
Rare pediatric diseases Cystic fibrosis with F508del mutation Symdeko Vertex Pharmaceuticals 2019
Tropical disease Dengue Dengvaxia Sanofi 2019
Spinal muscular atrophy (SMA) with bi- D s
Rare pediatric diseases allelic mutations in the survival motor . AveXis/Novartis 2019
abeparvovec-xioi)
neuron 1 (SMN1) gene
Tropical disease Tuberculosis Pretomanid TB Alliance 2019
Material threat countermeasure Smallpox Jynneos Bavarian Nordic 2019
Rare pediatric diseases Cystic fibrosis (elexacaftor ﬁi:t::; tezacafton Vertex Pharmaceuticals 2019
Tropical disease Ebola Ervebo Merck & Co. 2019
Rare pediatric diseases Duchenne muscular dystrophy (patents Vyondys 53 (golodirsen) Sarepta Therapeutics 2019
with error in exon 53)
Rare pediatric diseases Neurofibromatosis type 1 (NF1) Koselugo (selumetinib) AstraZeneca 2020
Rare pediatric diseases Spina muscui;jf?,g::;; pediatric and Evrysdi (risdiplam) Genentech 2020
Rare pediatric diseases Duchz::nl;ﬂt:::c:;agxlzi/}sgggng;);tlentS Viltepso (viltolarsen) Nlppor;s:xll(:foms 2020

XtE: FDA SKEH el
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PRV &2 WY ()

Program Indication Drug name Company Awarded year
Hutchinson-Gilford Progeria syndrome
Rare pediatric diseases and Processing-Deficient Progeroid Zokinvy (lonafarnib) Eiger BioPharmaceuticals 2020
Laminopathies
Rare pediatric diseases Neuroblastoma, relapsed or refractory Danyelza (naxitamab) Y-mAb Therapeutics 2020
Obesity due to proopiomelanocortin
o (POMC), proprotein convertase . . .
Rare pediatric diseases subisivkesin type 1 (PCSKT) or leptin Imcivree (setmelanotide) Rhythm Pharmaceuticals 2020
receptor (LEPR) deficiency
Rare pediatric diseases Primary hyperoxaluria type 1 Oxlumo (lumasiran) Alnylam Pharmaceuticals 2020
Material threat countermeasure COVID-19 Vaccine, mRNA Veklury (remdesivir) Gilead Sciences 2020
. INMAZEB (atoltivimab, maftivimab,
Material threat countermeasure Treatment for COVID-19 . INMAZEB 2020
and odesivimab-ebgn)
L Duchenne Muscular Dystrophy in patients . .
Rare pediatric diseases e e TR B 5 Fr Amondys 45 (casimersen) Sarepta Therapeutics 2021
o . ' . Origin Biosciences, affiiate of
Rare pediatric diseases Molybdenum Cofactor Deficiency Type A Nulibry (fosdenopterin) BridgeBio Pharma 2021
e i e Plasminogen dgﬁcmncy type 1 Ryplazim (plasminogen, human- ProMepc qutherapeuncs 021
(hypoplasminogenemia) tvmh) /liminal Biosciences
o Pruritus in all types of progressive familial . .
Rare pediatric diseases inrahepatic cholestasis (PFIO) Byivay (odevixibat) Albireo Pharma 2021
Rare pediatric diseases Cholesati P@ntus i Patients vith Livmarli (maralixibat) Mirum Pharmaceuticals 2021
Alagille Syndrome
Rare pediatric diseases Congenital athymia Rethymic (alogeneic processed Enzyvant 2021
P 9 y thymus tissue-agdc) nayve
Rare pediatric diseases Achondroplasia Voxzogo (vosoritide) BioMarin Pharmaceutical 2021
Material threat countermeasure Adults with Thermal Burns STRATAGRAFT Stratatech, a Malincrodt 2021
Company
Material threat countermeasure COVID-19 Vaccine, mRNA Comimaty BloNTectherEJfactunng 2021
Material threat countermeasure COVID-19 Vaccine, mRNA SPIKEVAX ModernaTx 2021
Rare pediatric diseases Seizures of genetic epilepsy Ztalmy (ganaxolone) Marinus Pharmaceuticals 2022
Rare pediatric diseases Beta thalassemia Zynteglo (betibeglogene Bluebird Bio 2022
autotemcel)
Rare pediatric diseases Sphingomyelinase deficiency (ASMD) Xenpozyme (olipudase affa) Sanofi 2022
Rare pediatric diseases Cerebral adrenoleukodystrophy Skysona (elivaldogene autotemcel) Bluebird Bio 2022
Rare pediatric diseases Moderate alpha-mannosidosis. LAMZEDE (velmanase alfa-tycv) Chiesi Farmaceutici SpA. 2023
Rare pediatric diseases Friedreich ataxia SKYCLARYS (omaveloxolone) Reata Pharmaceuticals 2023
Rare pediatric diseases Rett syndrome DAYBUE (trofinetide), Acadia Pharmaceuticals 2023

XtE: FDA SKEH 2
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4. PRV O] 7Rl % A4 4% A9, FAE tiRt 7H4] A187F 22

PRV 7HK|= SIxj O 1 QiSHy PRV 9] 7}x|= @7 oF 1 ode] oA 3FF 974kt 0= dlidEnt o= oA
FEM 24T MY ARt AopelAEe 9 1’41E1Ei o= tjde] PRV Hg U= X Al ©E PRV

71 A 7RsAdel 71915k 2007 @ PRV 213 A4 o]& & 60 72 Aleko]

PRV £ W ¥SIh 71 & 9& X3 Algo]l weh &% PRV 4+30] £7Fs%F 4013

FAgk hele om thdl ofokE Aol wkE PRV 47 714-= 49 7(81.7%) .
2015172 3L TiEE o2 SEARE Aofs] ARt A 5A Jdel W2 PRV 482 2026 |9 9 € 30 Y7HA] sI7FE
CHX of2kZof CHEH PRV 2 S5} CJofzo] RtaiARE 7hEst, e o= thale 2023 | 9 € 30 L7RAIRE A
2kt 2026, 2023 4 22 O, 5}t = PRV A% AJe) o]& PRV & 453t oJekEo] 81.7%2 AFAISH 71| at2]o]
T 7lE| 12| 2 PRV & %St 9] PRV #A0] 2026 & 10 9 7|08 % ZFrHo| w2t PRV 9] 7}x]= &
Q%FE2 HHOIM 81.7% x| ARzs5E 7o) ule =rhy wehElch

[}2kA] 2025~2026 ' PRV £ OPA] o1g3t HEe} o] FE|EE 2025~2026 | =ebdEle] FDA 371 855 A

olAlsls Wapkael FHals o7 7|tk ojn] 22 A Sl DURRllT BYsn BR4 HsAS U5E
et 1o W2 7l 29 ABAS] B3 o] Al 2b A9 e B n5AY Aow
SRl B2 FDA o] #7} 2 olo] we PRV el ot ZHIAL uhe ot

HETh 55| PRV o] old=h= 2026 @ io}—ﬁml‘ﬂ 2 e o= fi#
PRV ¥ A= z3fo] Aol 7L, 2 ol T PRV o] 7= o A& A
T2 QYT Ao oifHch I PRV 9] 717 2~3 oL sFollA AR

e Sl vk R AES] A 5 7ks PRV of tieh 7k2] A7t E ekt
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Q702 5 3 58 U4 e

Q702 monotherapy Q702 combination therapy
Clinical stage Phase 1 Phase 1B/2
NCT identifier NCT04648254 NCT05438420
Approval date 20200424 20220216 2022.09.06
Study site Us uUs SKorea
Indication Advanced solid tumors Esophageal, gastric, hepatocellular, cervical cancers
Enrolliment 78 120
Cyde 1 Cycle: 4 weeks 1 Cycle: 6 weeks
Muiicenter, openrlabel, dose-escalation, Open-label study o determine safety and
safety, tolerability, pharmacokinetic and . . -
) ) . preliminary efficacy of Q702 in combination
Summary pharmacodynamic study with cohor expansion ) . . . .
. with pembrolizumab in study subjects with
at the RP2D to evaluate safety and anti-tumor )
- selected advanced solid tumors
activity of Q702
Dosing of first patient Jan 2021 Jan 2023

At&: F2lYE, dinicaltrialsgov, SKZ#
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=229 A% & o Q702 9] 714 F Axl/Mer Adlls A7 st 714 F skt
th. 2% ts kinase AJajAlE0] = F2 5 shel™, Kinase ﬁ‘i—ﬂ.‘éo] hds] 5
gt A7t U1 el AAew HlwsHl of AR TAM(Tyro3/Mer/Axl)
family BFA 7]9Ee] Z12AL Slekzo] WAl B or AFEE Aolis 25
ol o Sl

E£35] Axl-2 b5 kinase 91 cabozantinib Z0] s} ST B0 g 50l Hhe okF
of 7|1 F Shd A== wWol dEAith Axl AEA ZsiAll HAHte] 2.9

Bemcentinib &= STK11 EdWo] tpoz 7|E2ct H4a9 AT Folctk. 57
dAlof| 9= Th% kinase AsliAl A19F Fofl TAM familiy 2k VEGFR2, KIT -& Asffo}
+= u)2te] H2EFEA 9] sitravatinib &= T Sitravatinib -2 BMS ©] PD-1 HE LA
FUHEe}F HEgaW o= 7/3 2 vjHE HAAZH Y QM 3 AF 9 Folt}. 7 Ax
W7t Zoff Aol dlA=ioltt. &' Q702 7F VEGFR2 9 KIT & H2l= &A%t
AYUA HE I TAM familiy o] 71704 A3 = -0 2 9l 7

sk

re B

o

Q702 ¢] A< TAM familiy &
Asfiot7] mhzell the &4 ] F7F 2 & myeloid cell ©] &2 o
af) HelgetAete] e AUAE ZdishE 4= Qlct.

kinase &

Mirati Therapeutics 2| Sitravatinib 87| 2AE

Rationale for Targeting TAM & Split RTKs
to Enhance Immune Response to Checkpoint Inhibitors ; f

M1 TAM

Targeting TAM:

+ Targeting MERTK & AXL shifts tumor
associated macrophage (TAM) type to M1

* M1 macrophages secrete cytokines that
enhance immune response (IL-12, TNF)

MDSC

Targeting Split RTKs:

* Targeting VEGFR2 reduces Tregs &
MDSCs

* Targeting KIT also depletes MDSCs

+ Releases brakes for expansion of
CDB8+ T cells via PD-1 inhibition

Both TAM & Spm RTKs cooperate to: /-
* Increase dendritic cell maturity & &
antigen presentation capacity
* Increase NK cell response

» Increase T cell expansion & trafficking into tumors

f?z OJ2}E| Bl2tFElIL, K
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Q901 kinase profile Q01 EEX|E L 2 TYH HO|E
CDK7 309317
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H2lHE(115180/KQ)

Q01 A& 124 e

Q901 monotherapy

Clinical stage Phase 1/2
NCT identifier NCT05394103
Approval date 20220208
Study site Us
Indication Advanced solid tumors
Enrollment 70
Cyde 1 Cycle: 4 weeks

Multicenter, open-label, dose-escalantion, safety,
pharmacodynamic, and pharmacokinetic study of Q901
Summary administered via intravenous infusion in adult patiens
with selected advanced solid tumors with a cohort
expansion at the recommended phase 2 dose
Dosing of first patient Nov 2022

At2: F2lQE, dinicaltrialsgov, SKZH

Qo071 Y4 7Y A

Program Sites 2023 2024

ol 1Q 20 3Q 4Q 1Q 2 3Q 4Q

Breasf, lung, prosta.ate, Phase Phase
Monotherapy overian, pancreatic, us
) 12 23
endometrial cancer
Combination with | Selected advanced solid 0 Phase
Keytruda tumors 12
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