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Small Molecule R&D Companies Listed on NYSE/NASDAQ in 2019 by IPO Mkt. Cap.
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$89
$85
$83

$63

$56

Lead Mechanisms

for genetic diseases incl. cancer (e.g.):
oral TTR stabilizer for ATTR-CM,
FGFRI1-3 inhibitor for cancer

oral DP2 antagonist for inflammation

oral y-secretase inhibitor for cancer

K*-competitive acid blocker for Gl

oral ROS1/TRK/ALK inhibitor active against
clinical solvent-front mutants

hair cell progenitor activators
for hearing restoration

gingipains inhibitor targeting P. gingivalis in
Alzheimer’s patients

MORF-057, a4B7 integrin inhibitor

M1M4 agonist + non-BP MR antagonist
combo for psychosis

p38a.B kinase inhibitor for DUX4 expression
inhibiton in FSHD

nasal Ca?*-channel blocker for rapid
termination of PSVT events

gut-restricted ASBT inhibitors for cholestatic liver
diseases

nasal nAChR agonist for dry eye disease

reactivator of mutant p53
dismutase mimetics for radiotherapy (SOM)

nasal dihydroergotamine for acute
treatment of migraine

CCR4 inhibitor for immunotherapy

IDE196 (PKC inhibitor)

systemic or restricted aldose reductase
inhibitors for cardiomyop., galactosemia

MOR antag./kOR agonist for neurology

thin film freezing formulations for inhal.
pan-RAS inhibitors
clonidine form. for radiotherapy (SOM)

brain-penetrant anthracycline

DTPA zinc chelator + antibiotic
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Stage

Ph.3

Ph.2

Ph.3

Ph.3

Ph.1/2

Ph.2

Ph.2/3
Pre-C.

Ph.2

Ph.2

Ph.3

NDA
filing
Ph,3
Ph.3

Ph.3
Ph.3
Ph.2
Ph.1

Ph.3
Ph.3

Ph.1
Pre-C.
Ph. 3,

Ph.1

Pre-C.

Other Programs

>10 targets (RAS, HH,
CaSR, PI13Ka, GO,

PanK, PI3K B, KLK5/7,
GPX4,KRAS, SHP2)

PDGFR, HIF-1a, CD1lb

MEK1/2i, RAF

RET/SRC,
MET/CSFIR/SRC, ALK

multiple sclerosis
protease inhibitors

ayBe
muscarinic

HBG1/2, UTRN, FXN,
DMPK SNCA

oral p53 mutant act.

GC4419 for esophagitis

asthma CCR4i,
GCN2, HPK1
MAT2A, Pol-0, WRN,
PARG

PI3K&.y

tacrolimus,
COPD/asthma

PDE10/B-catenin
doxorubicin analog

other CNS cancers

*as of Feb. 9,2020
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