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RNA-targeting Smalli Molecule
Drug Discovery Services

~ Discover highly potent RNA-selective compounds ~

K Proprietary High-Quality RNA-Focused Libraries

RNA Splicing-focused Library

U1 snRP All Newly Designed Synthetic Compounds
e A library of 2,500 compounds
e Design concept based on interaction patterns between diverse

Phosphate region

4 types
Phosphate i i
/ RNABase. 2 bining splice sites and snRNP
: ti
> 50 motifs e, Amide-Tt, Diverse basic motifs
”ydiﬁﬁﬁ?sbe‘i'c‘."'"g widerange of basicity  Hjgh Hit Rate and Quality
Diverse T4t . .
motifs “RNA Base e Over 10% of hit rates in some cases

> 20 types scaffold . . . .
e Multiple successful discovery of highly selective compounds

e High druggability: 96% of compounds with a QED score of >0.5

Splice sit . . .
Squence: e Properties also suitable for central nervous system drug discovery

sequences

Diverse RNA-focused Library

e Selection from analysis of various Applicable to Diverse RNA Targets .
i f RNA-bindi A curated library of 12,800 compounds, selected by a unique
properties o indaing method to target diverse RNA targets, from Axcelead's

compounds high-quality 1.2+ million compound library
e Selection from analysis of RNA-small @& xD
molecule interaction patterns Proven Track Record of High Hit Rate

>10 times higher hit ratio than non-focused general diversity
library than diversity library

K RNA-targeted High-throughput Synthesis to Accelerate Lead Generation

High-throughput synthesis using diverse scaffolds and building blocks (BB) suitable for RNA.
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e Transform each substructure of 96-compounds by high-throughput synthesis in 5-10 business days
e Immediate access to over 100,000 chemical space
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KComprehensive Evaluation Systems

Rapid RNA-targeted drug discovery by optimal evaluation systems, evaluation packages and
evaluation workflow.
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l Faster and More Reliable Generation of RNA-selective Compounds

Unique evaluation methods and analysis techniques greatly support solving the selectivity issues, a major
challenge in RNA-targeted drug development

Rapid identification of
RNA-selective compounds using
a high-throughput DNA-binding

assay Pre-binding EtBr or Add test substance Kick out EtBr or Hoechst
Hoechst to DNA if DNA-binding
(with fluorescence) (fluorescence depletion)

Comprehensive evaluation of selectivity and toxicity as well as drug target discovery through
transcriptome analysis

e Various types of analysis: changes of gene e Effective identification of potential off-target effects
expression, splicing alteration and more based on toxicological intepretation of
transcriptome

e Well-suited for exploring new RNA targets

Axcelead Drug Discovery Partners, Inc.

https://www.axcelead-us.com/
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