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Cardiovascular

AAV9-cTnT-GSLAOL improves lifespan and cardiac function in
Lmna DCM mouse model

Nov. 15, 2022

LMNA gene mutations are the second most common cause of

a Nuevocor Pte. Ltd. research team evaluated the potential of a
novel adenc-associated virus (AAV) gene candidate, AAVS-
cInT-GSLAO1, as therapy for genetic LMNA DCMs,

A mouse model with cardiac-specific deletion of the Lmna
gene was created, resulting in mice that exhibited reduced
ejection fraction, dilation of ventricular inner dimensions and
increased cardiac fibrosis. The survival of these mice was of

approximately 40 days after the gene deletion. It was seen that

AAVI-cTNT-GSLAOL improwves lifespan and cardiac function in
=gm=Lmna</em> DCM mouse model

LMNA pene mutations are the second most commaon cause of genetic dilated
cardiomyopathies (DCMs). In the current study, a Muevacor Pre. Ltd. research team)
evaluated the patential of a novel adeno-associated virus (A4 gene candidate, A
GSLADL, as therapy for genetic LMAMA DCMs.

Owerall, these findings highlight the potential of AAM-cCTAT-GSLADL as a new prom
therapy approach to address the underlying cause of LMNA DCM (Werner, H. et al.
Assoc Sci Sess (AHA) (Mov 5-7, Chicago) 2022, Abst 340).

Mov 15, 2022 View in BioWorld Science [

3 Clarivate”

A=q1— - 71k—

genetic dilated cardiomyopathies (DCMs). In the current study,

AEH (BioWorld Science)

BioWorld

BioWorld"
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Neuroscience 2022: ‘Strawberries’, ‘cabbages,’ fatsin
neuronal mitochondria

Other news to note for Nov. 15, 2022

.

tioral sarly-stage research and drug discovery
in brief.

Rose Biosciences to take forward
MCW discovery for abesity

AAVI-cTNT-GSLADL improves lifespan and
eardiae funetion in Lmna DCM mouse model

st qrowth factor receptor 2 and 3
GFRS) alterations are known..

antibody PM-1080 in China

Lower ApoJ-Glye levels found in
patients with ischemia

exon

for Duchenne muscular dystrophy candidates

ases. Al the .«CI annual meeting of

Pepgen|nc. has announced exon skipping data for
number of product candidates

Genhouse Medicine discovers new HDACS inhibitors
FXRagonist INT-767 shaws promise in the
treatment of NASH Shanghai Meiyue Biotech Development presents new FXla

The farnesoid X receptor (FXR) is a wel-known inhibitors

Chinese researchers patent new MAP4K1 inhibitors

Biotheus signs agreement with Hansoh for EGFR/MET bispecifi

Cardiovascular

AAVI-cTnT-GSLADL improves lifespan
and cardiac function in
<gm>Lmna</em> DCM mouse model

LMMA gene mutations are the second most
common cause of genetic dilated
cardiomyopathies (DCMs). In the current
study, a Nuevecor Pte. Lid...

S

Cancer

Cogent Biosciences identifies FGFR2
mutant inhibitors with less
selectivity for FGFR1

The fibrablast growth factor receptor 2 and
3 [FGFR2 and FGFR3) alterations are known
oncogenic drivers, with FGFR2 particularly
altered in...

) aractiuating rana losd e

Neurology/Psychiatric

Pepgen reports preclinical exon
skipping data for Duchenne muscular
dystrophy candidates

Pepgen Inc. has announced exon skipping
data for a number of product candidates in
development for Duchenne muscular
dystrophy (OMD), namel...
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Structural insights into the lipid and ligand regulation of serotonin receptors

¥u, P; Huang, 5.; Zhang, H.; et al. 12 Clarivate
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Novel Drug Targets: Search & Alert Targetscapes

Search for the latest novel drug targets, drug targets for a specific condition or for a specific product category and set up alerts to be

notified on novel drug targets of interest.
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e = Target Name & Experimental Activity Pharmacological Activity Parameter 5 Mean

Median
Primary/Secondary(Others) — (G
Primary y Tyrosine-Protein Kinase Protein-tyrosine kinase (JAKL), C-50 0.032 pM [0.005 - 0.05 004 pM [0.005 - 0.05
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Ta rgetgu (L_ Eﬁ%o Ta rget J —?,:;J. K-1) inhibition, IN inhibitio n (m
Primary Janus kinase 1 Tyrosine-Protein Kinase Signal transducer and C-50 0.087 pM [n=1 0LOBT pM (n=1
JAK] [JAK-1) inhibition, IN activator of transcription-1
VITRO 5TAT1) phosphorylation
interleukin-g-induced),
inhibition
Other
Tyrosine-Protein Kinase Frotein-tyrosine kinase (JAK2), 1C-50 0.187 pM [0.042 - 0.521 0.0%2 pM [0.042 - 0.521
Ta rg et JAK2 [JAK-2) inhibition, IN nhibitiocn n=4 In=4
VITRO
Other Janus kinase 2 Tyrosine-Protein Kinase Signal transducer and 1C-50 0.6 pM {n=L 0.6 pM (n=1)
—— JAK2 [JAK-2) inhibition, IN activator of transcription-5
VITRO STATS} phosphorylation

erythropoietin-induced},
nhibiticn
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5 F;a E |E$E®HR1?D\ % ((—o Gene Target MName o I Condition 5 Drugs o Condition Highest Phase & I Gene Therapies & Gene Variants

[ e rich repeat kinase 2 Rheumatoid arthritis 21 Biological Testing

erich repeat kinase 2 Pain 1 Biological Testing

tion, mal

= 1@ rich repeat kinase 2 Epilepsy 5 Biological Testing
i e rich repeat kinase 2 Tremor, essential
sucine rich repeat kinase 2 Lewy body dementia 60 Biological Testing 0 18

erich repeat kinase 2 Amyotrophic lateral sclerosis &7 Biological Testing
[ e rich repeat kinase 2 Fuchs dystrophy 1 n Clinical
[ e rich repeat kinase 2 Hypertension, pulmonary 1 Preclinical
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Nov 23, 2021

Nov 23, 2021

Islatravir

Change Date

Nov 23, 2021

Nov 23, 2021

Change Monitored

Highest Phase Updated

Milestone Added

Under Active Development
Updated

Change Monitored

Related Patent Added

Related Reference Added

Change Description

From: Phase Il To: Discontinued

Discontinued by AstraZeneca for the treatment of patients
with metastatic castration-resistant prostate cancer
(mCRPC) in combination with durvalumab and cabazitaxel
due to strategic reasons; Formerly in phase Il; Capsules

Not Under Active Development

Change Description

Drug delivery system for the delivery of antiviral agents
and contraceptives (WO 2021225869)

Merck provides update on phase 2 clinical trial of once-
weekly investigational combination of MK-8507 and
islatravir for the treatment of people living with HIV-1
Merck & Co. Press Release 2021, November 18
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