
FDA - Small Molecule Drugs
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Elexacaftor：
Elexacaftor is a cystic fibrosis transmembrane Conductance Regulatory factor (CFTR) corrector. It 
promotes the processing and transport of CFTRS and increases the amount of CFTRS on the cell 
surface.



Cenobamate：
It can reduce repetitive neuron firing by inhibiting voltage-gated sodium current. 
It is also A positive allosteric regulator of gamma-aminobutyric acid (GABA A) ion channels.
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Voxelotor：
Voxelotor (GBT 440) is a potent inhibitor of sickle hemoglobin (HbS) polymerization. 
And has the potential to be used in sickle cell anaemia research.
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Lemborexant：
Lemborexant (E-2006) is a reversible, competitive, and orally active dual antagonist of orexin OX1 
and OX2 receptors with IC50 values of 6.1 nM and 2.6 nM, respectively. Lemborexant has the potential to be 
used in insomnia research.
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Lumateperone tosylate：
A 5-HT2A receptor antagonist (Ki = 0.54 nM), a partial agonist of the presynaptic D2 receptor
and a postsynaptic D2 receptor antagonist (Ki = 32 nM), and a dopamine D1 receptor modulator. Lumateperone
tosylate has anticancer activity and can be used in the study of schizophrenia and other related psychosis.
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Trifarotene：
Trifarotene is an effective selective RARγ agonist with a selectivity of 65 and 16 times that of 
RARα and RARβ with EC50 values of 7.7, 500 and 125 nM, respectively.
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Pitolisant：
Pitolisant (Tirolisant), a selective histamine 3 (H3) receptor antagonist/reverse agonist, improves
wakefulness and alertness in patients by increasing the synthesis and release of the wakefulness promoting 
neurotransmitter histamine in the brain by enhancing histaminergic neuron activity.
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Upadacitinib：
Upadacitinib (ABT-494) is a highly effective, orally active, selective Janus Kinase 1 (JAK1) inhibitor 
(IC50=43 nM). Upadacitinib is about 74 times more selective to JAK1 than JAK2 (200 nM). Upadacitinib
can be used in the study of a variety of autoimmune diseases.
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Tenapanor：
Tenapanor (Xphozah) can be used to treat hyperphosphatemia in long-term dialysis patients. Tenapanor
is a localized inhibitor of sodium/hydrogen exchange protein 3 (NHE3) in the gastrointestinal tract that promotes 
intestinal motility, accelerates fecal excretion, and reduces phosphate absorption.
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Erdafitinib
Erdafitinib (JNJ-42756493) is a potent, orally active pan-FGFR tyrosine kinase inhibitor for the 
treatment of adult patients with locally advanced or metastatic uroepithelial carcinoma (mUC).



Alpelisib
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Alpelisib (BYL-719) is a potent, selective PI3K-α inhibitor with oral activity. It is targeted to PIK3CA 
mutated cancer.



Selinexor
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Selinexor is the world's first selective nuclear export protein XPO1 inhibitor, 
which selectively acts on nuclear export protein XPO1.



Darolutamide
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Darolutamide is an androgen receptor inhibitor that is indicated for the treatment of non-
metastatic castration-resistant prostate cancer.



Pexidartinib
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Pexidartinib (PLX3397) is an orally effective multi-target CSF-1R, Kit (c-Kit), and 
FLT3 receptor tyrosine kinase inhibitor that induces apoptosis and necrosis and 
has antitumor activity.



Entrectinib
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Entrectinib (RXDX-101, NMS-E628) is an oral bioavailable pan-Trka /B/C, ROS1, 
and ALK inhibitor in the IC50 range of 0.1 to 1.7 nM. Entrectinib (RXDX-101) 
induces autophagy.



Fedratinib
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Fedratinib (SAR302503, TG101348) is a selective JAK2 inhibitor with potential antitumor activity. 
It can inhibit cell proliferation and promote apoptosis.



Pretomanid
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Pretomanid (PA-824) is an antibiotic that can be used to study multidrug-resistant tuberculosis in the lungs. 
Pretomanid has submicromolar activity against tuberculosis (MTB).



Lasmiditan
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Lasmiditan, also known as COL-144 and LY573144, is a novel, highly selective 5-HT(1F) receptor 
agonist. In vitro binding studies have shown that the 5-HT(1F) receptor has a Ki value of 2.21 nM.



triclabendazole
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Egaten is specifically applied to patients 6 years of age and older for the treatment of lamiasis.



Tafamidis
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Tafamidis is indicated for the treatment of transthyroxin protein family amyloid polyneuropathy (TTR-FAP) in 
adult patients with stage I polyneuropathy symptoms.



Supporting you in research
every step of the way…
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