
 

  

Press Release  

  
GenSight Biologics Announces Positive Data Safety 

Monitoring Board Review of PIONEER Phase I/II 
Clinical Trial of GS030 as Optogenetic Treatment for 

Retinitis Pigmentosa 
• DSMB finds no safety issue for highest dose of GS030 

• DSMB recommends selecting the highest dose (5e11 vg/eye) for 
extension cohort 

• Recruitment of the extension cohort has been initiated 
 

Paris, France, September 15, 2021, 7:30 am CET – GenSight Biologics (Euronext: SIGHT, ISIN: 
FR0013183985, PEA-PME eligible), a biopharma company focused on developing and commercializing 
innovative gene therapies for retinal neurodegenerative diseases and central nervous system disorders, 
today announced that the independent Data Safety Monitoring Board (DSMB) completed its third safety 
review of the ongoing PIONEER Phase I/II clinical trial of GS030 combining AAV2-based gene therapy 
with optogenetics for the treatment of Retinitis Pigmentosa (RP).  
 
The DSMB found no safety issue in the third cohort of patients, who received an intravitreal injection with 
the highest dose (5e11 vg) among the three cohorts studied to date, followed by the use of a wearable 
optronic visual stimulation device. Based on GS030’s safety profile, the DSMB recommended selecting 
this dose for the extension cohort and using the protocol without any modification. Recruitment of this 
cohort has begun. 
 
“The DSMB’s confirmation of GS030’s safety and tolerability gives us added confidence to use the highest 
dose in our upcoming investigations of GS030’s efficacy,” commented Bernard Gilly, Co-Founder and 
Chief Executive Officer of GenSight. “This adds momentum to our pursuit of a treatment for retinitis 
pigmentosa patients.” 
 
PIONEER is the Phase I/II first-in-human, multi-center, open-label dose-escalation clinical trial to evaluate 
the safety and tolerability of GS030 in subjects with late-stage RP. A total of 12 to 18 subjects are planned 
to be enrolled. Three cohorts with three subjects each were administered an increasing dose of GS030-
DP (5e10 vg; 1.5e11 vg; 5e11 vg) via a single intravitreal injection in their worse-seeing eye. An extension 
cohort would then receive the highest tolerated dose. A Data Safety Monitoring Board (DSMB) reviewed 
the safety data of all treated subjects in each cohort and made recommendations before the next cohort 
was enrolled. The primary outcome analysis will be the safety and tolerability at one year post-injection. 

Eligible patients in the first three cohorts were those affected by end-stage non-syndromic Retinitis 
Pigmentosa with no light perception (NLP) or light perception (LP) levels of visual acuity. The extension 
cohort will expand the inclusion criteria by recruiting patients with hand motion (HM) and counting fingers 
(CF) levels of visual acuity. 

GS030 was granted Orphan Drug Designation in the United States and Europe. PIONEER is being 
conducted in three centers across the United Kingdom, France, and the United States.  



 

  

A case report of a patient, who was treated with a low dose (5e10 vg) of the gene therapy and 
subsequently experienced visual recovery, was published in Nature Medicine in June 2021. Additional 
interim results may be released in Q4 2021, and results of all treated patients with one year follow-up data 
are expected in 2023. 
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About GenSight Biologics  

GenSight Biologics S.A. is a clinical-stage biopharma company focused on developing and commercializing innovative 
gene therapies for retinal neurodegenerative diseases and central nervous system disorders. GenSight Biologics’ 
pipeline leverages two core technology platforms, the Mitochondrial Targeting Sequence (MTS) and optogenetics, to 
help preserve or restore vision in patients suffering from blinding retinal diseases. GenSight Biologics’ lead product 
candidate, LUMEVOQ® (GS010; lenadogene nolparvovec), has been submitted for marketing approval in Europe for 
the treatment of Leber Hereditary Optic Neuropathy (LHON), a rare mitochondrial disease affecting primarily teens 
and young adults that leads to irreversible blindness. Using its gene therapy-based approach, GenSight Biologics’ 
product candidates are designed to be administered in a single treatment to each eye by intravitreal injection to offer 
patients a sustainable functional visual recovery.  

About GS030  

GS030 leverages GenSight Biololgics’ optogenetics technology platform, a novel approach to restore vision in blind 
patients using a combination of ocular gene therapy and tailored light-activation of treated retinal cells. The gene 
therapy, which is delivered via a single intravitreal injection, introduces a gene encoding for a light-sensitive protein 
(ChrimsonR-tdT) into retinal ganglion cells, making them responsive to light and bypassing photoreceptors killed off 
by diseases such as retinitis pigmentosa (RP). Because ChrimsonR-tdT is activated by high intensities of amber light, 
a wearable medical device is needed to stimulate the treated retina. The optronic light-stimulating goggles (GS030-
MD) encode the visual scene in real-time and project a light beam with a specific wavelength and intensity onto the 
treated retina. Treatment with GS030 requires patients to wear the external wearable device in order to enable 
restoration of their visual function. With the support of the Institut de la Vision in Paris and the team of Dr. Botond 
Roska at the Friedrich Miescher Institute in Basel, GenSight is investigating GS030 as therapy to restore vision in 
patients suffering from late-stage RP. GenSight’s optogenetics approach is independent of the specific genetic 
mutations causing blindness and has potential applications in other diseases of the retina in which photoreceptors 
degenerate, like dry age-related macular degeneration (dry-AMD). GS030 has been granted Orphan Drug 
Designation in the United States and Europe. 

About Optogenetics  

Optogenetics is a biological technique that involves the transfer of a gene encoding for a light sensitive protein to 
cause neuronal cells to respond to light stimulation. As a neuromodulation method, it can be used to modify or control 
the activities of individual neurons in living tissue and even in-vivo, with a very high spatial and temporal resolution. 
Optogenetics combines (1) the use of gene therapy methods to transfer a gene into target neurons with (2) the use 
of optics and electronics (optronics) to deliver the light to the transduced cells. Optogenetics holds clinical promise in 
the field of vision impairment or degenerative neurological disorders.  
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About Retinitis Pigmentosa  

Retinitis pigmentosa (RP) is a family of orphan genetic diseases caused by multiple mutations in numerous genes 
involved in the visual cycle. Over 100 genetic defects have been implicated. RP patients generally begin experiencing 
vision loss in their young adult years, with progression to blindness by age 40. RP is the most widespread hereditary 
cause of blindness in developed nations, with a prevalence of about 1.5 million people throughout the world. In Europe 
and the United States, about 350,000 to 400,000 patients suffer from RP, and every year between 15,000 and 20,000 
new patients with RP lose sight. There is currently no curative treatment for RP. 

About the PIONEER Phase I/II trial 

PIONEER is a first-in-man, multi-center, open label dose-escalation study to evaluate the safety and tolerability of 
GS030 in 12-18 subjects with late-stage retinitis pigmentosa. GS030 combines a gene therapy (GS030-DP) 
administered via a single intravitreal injection with a wearable optronic visual stimulation device (GS030-MD). Eligible 
patients in the first three cohorts are those affected by end-stage non-syndromic RP with no light perception (NLP) or 
light perception (LP) levels of visual acuity. The extension cohort will include patients with hand motion (HM) and 
counting fingers (CF) levels of visual acuity.  
 
As per protocol, three cohorts with three subjects each will be administered an increasing dose of GS030-DP via a 
single intravitreal injection in their worse-seeing eye. An extension cohort will receive the highest tolerated dose. The 
DSMB will review the safety data of all treated subjects in each cohort and will make recommendations before a new 
cohort receives the next dose. The primary outcome analyses will be on the safety and tolerability at one year post-
injection. PIONEER is being conducted in three centers in the United Kingdom, France and the United States. 


	About GenSight Biologics
	About GS030
	About Optogenetics
	About Retinitis Pigmentosa
	About the PIONEER Phase I/II trial


<<

  /ASCII85EncodePages false

  /AllowTransparency false

  /AutoPositionEPSFiles true

  /AutoRotatePages /None

  /Binding /Left

  /CalGrayProfile (Dot Gain 20%)

  /CalRGBProfile (sRGB IEC61966-2.1)

  /CalCMYKProfile (U.S. Web Coated \050SWOP\051 v2)

  /sRGBProfile (sRGB IEC61966-2.1)

  /CannotEmbedFontPolicy /Error

  /CompatibilityLevel 1.4

  /CompressObjects /Tags

  /CompressPages true

  /ConvertImagesToIndexed true

  /PassThroughJPEGImages true

  /CreateJobTicket false

  /DefaultRenderingIntent /Default

  /DetectBlends true

  /DetectCurves 0.0000

  /ColorConversionStrategy /CMYK

  /DoThumbnails false

  /EmbedAllFonts true

  /EmbedOpenType false

  /ParseICCProfilesInComments true

  /EmbedJobOptions true

  /DSCReportingLevel 0

  /EmitDSCWarnings false

  /EndPage -1

  /ImageMemory 1048576

  /LockDistillerParams false

  /MaxSubsetPct 100

  /Optimize true

  /OPM 1

  /ParseDSCComments true

  /ParseDSCCommentsForDocInfo true

  /PreserveCopyPage true

  /PreserveDICMYKValues true

  /PreserveEPSInfo true

  /PreserveFlatness true

  /PreserveHalftoneInfo false

  /PreserveOPIComments true

  /PreserveOverprintSettings true

  /StartPage 1

  /SubsetFonts true

  /TransferFunctionInfo /Apply

  /UCRandBGInfo /Preserve

  /UsePrologue false

  /ColorSettingsFile ()

  /AlwaysEmbed [ true

  ]

  /NeverEmbed [ true

  ]

  /AntiAliasColorImages false

  /CropColorImages true

  /ColorImageMinResolution 300

  /ColorImageMinResolutionPolicy /OK

  /DownsampleColorImages true

  /ColorImageDownsampleType /Bicubic

  /ColorImageResolution 300

  /ColorImageDepth -1

  /ColorImageMinDownsampleDepth 1

  /ColorImageDownsampleThreshold 1.50000

  /EncodeColorImages true

  /ColorImageFilter /DCTEncode

  /AutoFilterColorImages true

  /ColorImageAutoFilterStrategy /JPEG

  /ColorACSImageDict <<

    /QFactor 0.15

    /HSamples [1 1 1 1] /VSamples [1 1 1 1]

  >>

  /ColorImageDict <<

    /QFactor 0.15

    /HSamples [1 1 1 1] /VSamples [1 1 1 1]

  >>

  /JPEG2000ColorACSImageDict <<

    /TileWidth 256

    /TileHeight 256

    /Quality 30

  >>

  /JPEG2000ColorImageDict <<

    /TileWidth 256

    /TileHeight 256

    /Quality 30

  >>

  /AntiAliasGrayImages false

  /CropGrayImages true

  /GrayImageMinResolution 300

  /GrayImageMinResolutionPolicy /OK

  /DownsampleGrayImages true

  /GrayImageDownsampleType /Bicubic

  /GrayImageResolution 300

  /GrayImageDepth -1

  /GrayImageMinDownsampleDepth 2

  /GrayImageDownsampleThreshold 1.50000

  /EncodeGrayImages true

  /GrayImageFilter /DCTEncode

  /AutoFilterGrayImages true

  /GrayImageAutoFilterStrategy /JPEG

  /GrayACSImageDict <<

    /QFactor 0.15

    /HSamples [1 1 1 1] /VSamples [1 1 1 1]

  >>

  /GrayImageDict <<

    /QFactor 0.15

    /HSamples [1 1 1 1] /VSamples [1 1 1 1]

  >>

  /JPEG2000GrayACSImageDict <<

    /TileWidth 256

    /TileHeight 256

    /Quality 30

  >>

  /JPEG2000GrayImageDict <<

    /TileWidth 256

    /TileHeight 256

    /Quality 30

  >>

  /AntiAliasMonoImages false

  /CropMonoImages true

  /MonoImageMinResolution 1200

  /MonoImageMinResolutionPolicy /OK

  /DownsampleMonoImages true

  /MonoImageDownsampleType /Bicubic

  /MonoImageResolution 1200

  /MonoImageDepth -1

  /MonoImageDownsampleThreshold 1.50000

  /EncodeMonoImages true

  /MonoImageFilter /CCITTFaxEncode

  /MonoImageDict <<

    /K -1

  >>

  /AllowPSXObjects false

  /CheckCompliance [

    /None

  ]

  /PDFX1aCheck false

  /PDFX3Check false

  /PDFXCompliantPDFOnly false

  /PDFXNoTrimBoxError true

  /PDFXTrimBoxToMediaBoxOffset [

    0.00000

    0.00000

    0.00000

    0.00000

  ]

  /PDFXSetBleedBoxToMediaBox true

  /PDFXBleedBoxToTrimBoxOffset [

    0.00000

    0.00000

    0.00000

    0.00000

  ]

  /PDFXOutputIntentProfile ()

  /PDFXOutputConditionIdentifier ()

  /PDFXOutputCondition ()

  /PDFXRegistryName ()

  /PDFXTrapped /False



  /CreateJDFFile false

  /Description <<



    /BGR <>

    /CHS <FEFF4f7f75288fd94e9b8bbe5b9a521b5efa7684002000410064006f006200650020005000440046002065876863900275284e8e9ad88d2891cf76845370524d53705237300260a853ef4ee54f7f75280020004100630072006f0062006100740020548c002000410064006f00620065002000520065006100640065007200200035002e003000204ee553ca66f49ad87248672c676562535f00521b5efa768400200050004400460020658768633002>

    /CHT <FEFF4f7f752890194e9b8a2d7f6e5efa7acb7684002000410064006f006200650020005000440046002065874ef69069752865bc9ad854c18cea76845370524d5370523786557406300260a853ef4ee54f7f75280020004100630072006f0062006100740020548c002000410064006f00620065002000520065006100640065007200200035002e003000204ee553ca66f49ad87248672c4f86958b555f5df25efa7acb76840020005000440046002065874ef63002>

    /CZE <>

    /DAN <>

    /DEU <>

    /ESP <>

    /ETI <>

    /FRA <>

    /GRE <>



    /HRV (Za stvaranje Adobe PDF dokumenata najpogodnijih za visokokvalitetni ispis prije tiskanja koristite ove postavke.  Stvoreni PDF dokumenti mogu se otvoriti Acrobat i Adobe Reader 5.0 i kasnijim verzijama.)

    /HUN <>

    /ITA <>

    /JPN <FEFF9ad854c18cea306a30d730ea30d730ec30b951fa529b7528002000410064006f0062006500200050004400460020658766f8306e4f5c6210306b4f7f75283057307e305930023053306e8a2d5b9a30674f5c62103055308c305f0020005000440046002030d530a130a430eb306f3001004100630072006f0062006100740020304a30883073002000410064006f00620065002000520065006100640065007200200035002e003000204ee5964d3067958b304f30533068304c3067304d307e305930023053306e8a2d5b9a306b306f30d530a930f330c8306e57cb30818fbc307f304c5fc59808306730593002>

    /KOR <FEFFc7740020c124c815c7440020c0acc6a9d558c5ec0020ace0d488c9c80020c2dcd5d80020c778c1c4c5d00020ac00c7a50020c801d569d55c002000410064006f0062006500200050004400460020bb38c11cb97c0020c791c131d569b2c8b2e4002e0020c774b807ac8c0020c791c131b41c00200050004400460020bb38c11cb2940020004100630072006f0062006100740020bc0f002000410064006f00620065002000520065006100640065007200200035002e00300020c774c0c1c5d0c11c0020c5f40020c2180020c788c2b5b2c8b2e4002e>

    /LTH <>

    /LVI <>

    /NLD (Gebruik deze instellingen om Adobe PDF-documenten te maken die zijn geoptimaliseerd voor prepress-afdrukken van hoge kwaliteit. De gemaakte PDF-documenten kunnen worden geopend met Acrobat en Adobe Reader 5.0 en hoger.)

    /NOR <>

    /POL <>

    /PTB <>

    /RUM <>

    /RUS <>

    /SKY <>

    /SLV <>

    /SUO <>

    /SVE <>

    /TUR <>

    /UKR <>

    /ENU (Use these settings to create Adobe PDF documents best suited for high-quality prepress printing.  Created PDF documents can be opened with Acrobat and Adobe Reader 5.0 and later.)

  >>

  /Namespace [

    (Adobe)

    (Common)

    (1.0)

  ]

  /OtherNamespaces [

    <<

      /AsReaderSpreads false

      /CropImagesToFrames true

      /ErrorControl /WarnAndContinue

      /FlattenerIgnoreSpreadOverrides false

      /IncludeGuidesGrids false

      /IncludeNonPrinting false

      /IncludeSlug false

      /Namespace [

        (Adobe)

        (InDesign)

        (4.0)

      ]

      /OmitPlacedBitmaps false

      /OmitPlacedEPS false

      /OmitPlacedPDF false

      /SimulateOverprint /Legacy

    >>

    <<

      /AddBleedMarks false

      /AddColorBars false

      /AddCropMarks false

      /AddPageInfo false

      /AddRegMarks false

      /ConvertColors /ConvertToCMYK

      /DestinationProfileName ()

      /DestinationProfileSelector /DocumentCMYK

      /Downsample16BitImages true

      /FlattenerPreset <<

        /PresetSelector /MediumResolution

      >>

      /FormElements false

      /GenerateStructure false

      /IncludeBookmarks false

      /IncludeHyperlinks false

      /IncludeInteractive false

      /IncludeLayers false

      /IncludeProfiles false

      /MultimediaHandling /UseObjectSettings

      /Namespace [

        (Adobe)

        (CreativeSuite)

        (2.0)

      ]

      /PDFXOutputIntentProfileSelector /DocumentCMYK

      /PreserveEditing true

      /UntaggedCMYKHandling /LeaveUntagged

      /UntaggedRGBHandling /UseDocumentProfile

      /UseDocumentBleed false

    >>

  ]

>> setdistillerparams

<<

  /HWResolution [2400 2400]

  /PageSize [612.000 792.000]

>> setpagedevice



