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Roquefort Therapeutics plc

("Roquefort Therapeutics" or the "Company")

 

Antibody Program Results & Orphan Drug Indication

 

Roquefort Therapeutics  (LSE:ROQ),	the Main Market l i s ted biotech company focused on	developing first-in-class  medicines

in the high value and high growth oncology market, i s  pleased to announce the progress  of i ts  an/-cancer an/body

programs targeting Midkine express ing cancers .

Fol lowing the announcement in January 2023 where the Company announced the Midkine an/body programs, targe/ng

metasta/c breast cancer and metasta/c lung cancer, successful ly demonstrated in vivo safety, Roquefort Therapeu/cs  has

con/nued the development of i ts  an/body por3ol io with the Company's  research partners  at La Trobe Univers i ty. The

Company is  now releas ing the first in vivo efficacy results  for i ts  an/-Midkine an/bodies  C AB-101 (RO Q A2) and C AB-102

(ROQA1), including a  new program for an osteosarcoma orphan drug indication.

C AB-101 and C AB-102 are the lead programs in the Company's  fami ly of patented humanised an/bodies , which were

developed in-house, to target Midkine-express ing sol id cancers .  The in vivo efficacy study tested the an/-cancer ki l l ing

abi l i ty of C AB-101 and C AB-102 in a  val idated experimental  model  of osteosarcoma. Treatment with C AB-101 was found to

produce a sta/s/cal ly s ignificant reduc/on in lung metastas is , and C AB-102 was found to reduce prol i fera/on (growth

rate) of the primary tumour.  The more detai led experimental  results  remain under embargo pending publ ica/on at a

leading cancer research conference.

C AB101 and C AB102 treat sol id cancers , the market for which was es/mated to be $32 bi l l ion in 2021 and growing with a

7.8% C AGR[1]. O steosarcoma is  the Company's  first orphan drug indica/on and reflects  the strategic decis ion to target

cancer niches  in which, there remains  a  high unmet cl inical  need (24% to 64% 5-year survival  rate)[2], an accelerated

development pathway[3] and the potentia l  to offer a  best-in-class  treatment in a  s igni ficant market niche.

Medicines  to treat an orphan drug indica/on may be awarded market exclus ivi ty for 7 years  in the USA and 10 years  in the

EU and UK[4], tax credits  for the cl inical  drug tes/ng cost, fee reduc/ons and, on average, wi l l  have a s ignificantly higher

success  rate in cl inical  tria ls[5].

O steosarcoma is  the eighth-most common form of chi ldhood cancer, compris ing 2.4% of a l l  mal ignancies  in paediatric

pa/ents , and about 20% of a l l  primary bone cancers [6], with a  market es/mated to reach $790 mi l l ion by 2025 (6%

CAGR)[7]. Midkine is  over-expressed in osteosarcoma and the level  of Midkine express ion is  correlated with poor

prognosis[8] and therefore, represented a promis ing target for anti -Midkine medicines.

Commenting on the antibody program results, Ajan Reginald, Chief Executive Officer, said:

"We decided to target metasta�c osteosarcoma because of the high unmet medical need. There is a very poor 5-year survival

rate of just 24%, and this poor survival is associated with over-expression of Midkine. O ur ra�onale was that by targe�ng

Midkine, we would be able to a'ack both primary tumours and metastasis. The in vivo results vindicate this approach and

demonstrate the poten�al for a best-in-class medicine. We look forward to providing further informa�on once the detailed

results have been published.

This strategy to focus on areas of high unmet medical need is underpinned by the orphan drug incen�ves (including market

exclusivity, efficient clinical trials and tax incen�ves) and the higher market valua�on and return on investment for the investors

in companies with approved orphan medicines. F inally, this approach seems to reduce risk, with significantly higher clinical trial

success rates particularly in phase 1 and 2 trials particularly with a biomarker, which in our case is Midkine.

Therefore, this is a par�cularly promising scien�fic and commercial strategy which was delivered on �me and on budget. We

expect to announce more updates on our clinical progress and business development activities over the next quarter."
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About Roquefort Therapeutics
Roquefort Therapeu/cs  (LS E:RO Q ) is  a  Main Market l i s ted biotech company developing first in class  drugs  in the high value

and high growth oncology segment prior to partnering or sel l ing to big pharma.

 

S ince l i s/ng in March 2021, Roquefort Therapeu/cs  has  successful ly acquired Lyramid P ty Limited, a  leader in the

development of medicines  for a  new therapeu/c target, Midkine (a  human growth factor associated with cancer

progress ion), and most recently acquired O ncogeni  Ltd, founded by Nobel  Laureate P rofessor S i r Mar/n Evans, which has

developed two fami l ies  of innovative cel l  and RNA oncology medicines.

 

Roquefort Therapeu/cs ' por3ol io cons ists  of five ful ly funded, novel  patent-protected pre-cl inical  an/-cancer medicines. 

The highly complementary profi le of five best-in-class  medicines  cons ists  of:

·    Midkine antibodies with significant in vivo efficacy and toxicology studies;
·    Midkine RNA therapeutics with novel anti-cancer gene editing action;
·    Midkine mRNA therapeutics with novel anti-cancer approach;
·    STAT-6 siRNA therapeutics targeting solid tumours with significant in vivo efficacy; and
·    MK cell therapy with direct and NK-mediated anti-cancer action

 

For further information on Roquefort Therapeutics,
please visit www.roquefortplc.com and @RoquefortTherap on Twitter.
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